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Welcome from the ISCT President
Bonjour et bienvenue à Paris! on behalf of everyone at isct and members of the 
global cell therapy community, it is my great pleasure to welcome you to the 20th 
Annual meeting of the international society for cellular therapy in Paris. we are 
delighted to be here in the city of Light to celebrate a landmark Annual meeting. 
we are anticipating an outstanding conference, as we exchange ideas, learn about 
new breakthroughs, renew friendships, meet new colleagues and have some fun, 
culminating in a very special gala event sur la Seine! 

this european-based meeting illustrates our commitment to be a truly global 
society. with our strong international membership, we now conduct exceptional conferences in all parts of the 
world, and it is our intent to rotate this meeting to a variety of “A List” global venues in the future. it is also quite 
fitting that we are conducting a european meeting at the time i will be handing over the presidential gavel to our 
first european President, massimo dominici. 

our organizing committee, led by emily culme-seymour, martin Hildebrandt and Luc sensebé, has performed 
admirably in planning what will be one of the best meetings ever! the diversity of our society is a great strength, 
and accordingly, technologists, academics, manufacturing experts, clinicians, regulators, industry members, 
laboratory specialists and anyone else interested in cell therapy are here. whatever your interest in the field of cell 
therapy, i am confident that you will enjoy the conference and take home important learnings. 

the plenary sessions will feature the most outstanding science in cell therapy, including basic scientific advances, 
as well as new translational research. our plenary sessions are illustrative of the incredible variety and breadth 
in the field of cell therapy and include sessions focusing on gene modified cell therapy, neurological disorders, 
solid organ transplantation/tissue engineering, cardiovascular disease, immunotherapy and a special plenary 
devoted to advances in commercialization of cellular therapies. the oral abstract sessions emphasize the very 
best science, and the poster sessions generate stimulating conversational exchanges. in this year’s program, 
you will find a variety of interesting sessions in our Quality and operations and strategies for commercialization 
tracks. our workshops and technical sessions are designed to provide the most up to date information in an 
informal and interactive setting. our industry participants are welcome partners, and this year there will be some 
informative corporate symposium and tutorials. we have a large number or exhibitors this year and i would like 
to thank them for their support and urge all of you to visit the exhibit hall. Finally, if you want to spend some extra 
time in Paris, i hope you have a chance to attend the preconference workshops: global regulatory Perspectives 
(grP), Flow cytometry and cell Analysis and FAct/JAcie training. 

in closing, i would like to thank emily, Luc, martin and the entire organizing committee for their extraordinary 
effort leading this Paris meeting. in addition, we cannot forget to offer a particular thanks to our industry partners 
and our generous sponsors. Your steadfast support is the key to our success. welcome to Paris as we Connect, 
Communicate, and Translate!

Kurt C. Gunter, MD, FASCP 
ISCT President, 2012-2014
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Welcome, Bienvenue, Willkommen à Paris  
la Ville Lumière! 

on behalf of the entire 2014 organizing committee, we would like to extend a warm and friendly welcome to you 

to Paris for the 20th Anniversary meeting of the international society for cell therapy (isct). this year we have 

a packed programme of world-class science brought to France’s vibrant capital for 4 days. what better way to 

celebrate 20 years of the isct! 

the perfect city in which to celebrate this significant 

accomplishment, Paris is a joy to visit, boasting numerous 

impressive architectural monuments, world-class museums 

and fantastic art galleries. it is amongst the four fashion capital 

cities around the world, is regularly quoted as the world’s food 

capital hosting reams of michelin starred restaurants, and its 

endless contributions to the arts keep its thriving streets highly 

desirable places to live. when it comes to our field of science, 

Paris boasts a similarly high level of competence, containing 

over 17 universities, more than 10 hospitals, numerous research 

institutes and a thriving stem cell and cell therapy community. it is an honour for isct to be back in europe for 

this important meeting, the 7th time that we have held our annual meeting in the region, and we hope that you 

will recognize how we have attempted to acknowledge this by bringing a distinct european feel to the programme.

we have a packed scientific programme this year with Plenary sessions covering a wide range of cell therapy 

applications, including within the settings of neurological 

disorders, solid organ transplantation and tissue engineering, 

cardiovascular diseases, and immunotherapy, not to mention 

our Presidential Plenary session on gene-modified cell therapy. 

we are delighted that so many leading individuals from around 

the world are speaking across the programme, with every 

region represented, as well as numerous clinicians presenting 

their work in complement with scientists and industrial 

leaders. our technical sessions and workshops promise to 

address cutting-edge matters facing our community, not just 

looking at manufacturing and processing issues, but reaching across to policy decisions, legal and regulatory 

challenges, and ethical perspectives. 

As more of us are able to witness the successful translation of cell therapy practices to patients, our 

commercialization committee too gains momentum and has come up with an extensive track of sessions that 

promise to demonstrate the very latest product and clinical developments at industry level. Likewise, the Quality 
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and operations track is overflowing with technical know-

how, with 13 sessions covering the state of the art in practical 

aspects related to production and uses. And with a record 

number of abstracts submitted to this conference, there is a 

stellar selection available within the oral Abstract Presentation 

sessions for you to fit into your schedule! we encourage you 

also to join us for a full slate of pre-conference workshops on 

April 23rd including the annual global regulatory Perspectives 

workshop, as well as the Flow cytometry and cell Analysis 

workshop.

Putting together all of this would not have been possible without the help and assistance from a huge number of 

individuals who have strived to put together the programme over the past 12 months, not forgetting to thank our 

world-wide speakers for coming to Paris for this week to join us in our meeting. we are also very grateful to our 

sponsors and exhibitors, both loyal supporters and new connections, without which this meeting would not be 

possible. 

we hope you have a highly enjoyable 4 days with us here in Paris, and thank you for joining us for this special event. 

Merci et à bientôt à Paris! 

Luc Sensebé, MD, PhD

Etablissement Français
Du Sang
Toulouse, France  

Emily Culme-Seymour, PhD

London Regenerative
Medicine Network
London, UK  

Martin Hildebrandt, MD

Technische
Universität München
Munich, Germany
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General Conference Information
REGIStRAtION

tuesday April 22 16:00 – 19:00 Le Méridien Etoile – Lobby

Wednesday April 23 

Pre-conference events 07:00 – 12:00 Le Méridien Etoile – Level -1

main meeting 10:00 – 19:00 Palais des Congrès – Level 3

thursday April 24 07:00 – 16:00 Palais des Congrès – Level 3

Friday April 25 07:00 – 16:00 Palais des Congrès – Level 3

Saturday April 26 07:00 – 14:00 Palais des Congrès – Level 3

INCLUDED IN yOUR ANNUAL MEEtING  
REGIStRAtION FEE:

 Access to the welcome Address and reception
 Access to all technical sessions, Quality & operations 
track sessions, strategies for commercialization track 
sessions, workshops, Plenary sessions, Poster sessions, 
oral Abstract sessions, exhibit Hall, corporate  
symposium and corporate tutorials

 Lunch, all coffee breaks and refreshments served from 
April 24-26th 

 Academic Program
 corporate guide
 2014 Abstract issue of Cytotherapy, the official journal of 
isct

 delegate List (for download online)
 delegate Bag
 Access to presentations online (post-event) 

wiFi 

Available throughout the Palais des congrès Level 3 
Network Name: isct 2014 
Password: Pct-2014

ExHIBIt-ONLy AttENDEES RECEIVE:

 Access to the exhibit Hall including the welcome  
Address and reception on April 23rd 

 conference meals and refreshments served in the  
exhibit hall

 corporate guide

sociAL events

WEDNESDAy APRIL 23RD – WELCOME ADDRESS AND 
RECEPtION

Admission:
Free for all conference delegates

Where & When:
• 19:00 – 19:30: welcome Address in Amphithéâtre Havane
• 19:30 – 21:30: welcome reception in the exhibit Hall  

(Hall Havane)
Wine and hors d’oeuvres will be served

FRIDAy APRIL 25tH – 20tH ANNIVERSARy  
GALA EVENt

see registration desk for details and Availability.

Where & When:
• 18:15 – 19:00: shuttle buses depart from the Palais des 

congrès
• 19:00 – midnight: gala dinner
Bus transportation back to the Palais des Congrès included
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Continuing Medical Education
cme

tARGEt AUDIENCE

this activity has been designed to meet the educational needs 
of physicians and researchers in clinical practice focusing on 
malignancy/hematopoietic disease, autoimmune disorders, 
wound healing, cardiology, diabetes, neurology and primary 
immune deficiencies. 

StAtEMENt OF NEED/PROGRAM OVERVIEW

Because of its focus on emerging cell therapies, isct’s 
Annual meeting will provide the most current information 
regarding a wide range of therapies – from tissue engineering 
to immunotherapy to cancer stem cells – to researchers and 
clinicians alike. sessions will focus on efficacy of current 
therapies, challenges and successes in clinical trials and 
insights into practical roadblocks to large scale product 
development.

EDUCAtIONAL OBjECtIVES

After completing this activity, the participant should be better 
able to:

• describe the translational aspects of and issues involved 
with, all types of cell and tissue-based research

• demonstrate cross-disciplinary participation from scien-
tists, clinicians, laboratory personnel, regulatory profes-
sionals, and others from both academia and industry

• identify the scientific, clinical, laboratory, and regulatory 
issues related to each type of cell-based research/therapy

• translate information and experience from more mature 
cellular research areas such as hematopoietic stem cell 
transplantation to other emerging areas including non-
hematopoietic areas such as mesenchymal stem cells, etc.

• initiate the transfer of information and experience from 
senior practitioners to young scientists in the field

FAcuLtY

Roger Barker, Cambridge Centre for Brain Repair

Catherine Bollard, Children’s National

Marina Cavazzana-Calvo, Hôpital Necker-Enfants Malades

Siddharthan Chandran, University of Edinburgh

Peter Coffey, Institute of Ophthalmology, University College London

Massimo Dominici, University of Modena and Reggio Emilia

Eric Duckers, University Medical Center Utrecht

Edward Geissler, Department of Surgery, University Hospital of Regensburg

Kurt Gunter, Cell Medica, Inc.

Helen Heslop, Center for Cell and Gene Therapy, Baylor College of Medicine

Martin Hildebrandt, GMP Facility, Technische Universität München

Patrick C.H. Hsieh, Institute of Biomedical Sciences, Academia Sinica

Stefan Irion, Memorial Sloan-Kettering Cancer Center 

Mauro Krampera, Stem Cell Research Laboratory

Bruce Levine, University of Pennsylvania

Philippe Menasché, Georges Pompidou European Hospital

Harald Ott, Department of Surgery, Massachusetts General Hospital

Amit Patel, Division of Cardiothoracic Surgery, University of Utah

Karl Peggs, Department of Haematology, UCL Medical School

josef Priller, Charité-Universitätsmedizin Berlin

Warren Sherman, Columbia University

Adrian thrasher, Institute of Ophthalmology, University College London

Lutz Uharek, Charite, Campus Benjamin Franklin

Kathryn Wood, Nuffield Department of Surgical Sciences, University of Oxford
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PROGRAM AGENDA

see page 17.

ACCREDItAtION StAtEMENt

this activity has been planned and implemented in accordance 
with the essential Areas and policies of the Accreditation 
council for continuing medical education through the joint 
sponsorship of Postgraduate institute for medicine and the 

international society for cellular therapy. the Postgraduate 
institute for medicine is accredited by the Accme to provide 
continuing medical education for physicians.

CREDIt DESIGNAtION

the Postgraduate institute for medicine designates this live 
activity for a maximum of 7.5 AmA PrA category 1 credit(s)™. 
Physicians should claim only the credit commensurate with 
the extent of their participation in the activity.

DISCLOSURE OF CONFLICtS OF INtERESt

Postgraduate institute for medicine (Pim) requires instructors, planners, managers and other individuals who are in a position 
to control the content of this activity to disclose any real or apparent conflict of interest (coi) they may have as related to the 
content of this activity. All identified coi are thoroughly vetted and resolved according to Pim policy. Pim is committed to 
providing its learners with high quality cme activities and related materials that promote improvements or quality in healthcare 
and not a specific proprietary business interest of a commercial interest.

the faculty reported the following financial relationships or relationships they or their spouse/life partner have with commercial 
interests related to the content of this continuing education activity:

Name of Faculty or Presenter Reported Financial Relationship

roger Baker consulting Fee; ucB

catherine Bollard Has no real or apparent conflict of interest to report

marina cavazzana-calvo disclosure information will be available on site

siddharthan chandran disclosure information will be available on site

Peter coffey disclosure information will be available on site

massimo dominici disclosure information will be available on site

eric duckers disclosure information will be available on site

edward geissler Has no real or apparent conflict of interest to report

Kurt gunter salary; cell medica inc.

Helen Heslop contracted research; celgene

martin Hildebrandt disclosure information will be available on site

Patrick c.H. Hsieh contracted research; celgene, meridigen Biotech

stefan irion disclosure information will be available on site

mauro Krampera Has no real or apparent conflict of interest to report

Bruce Levine contracted research; novartis

Philippe menasché Has no real or apparent conflict of interest to report

Harald ott disclosure information will be available on site

Amit Patel contracted research; tevA Baxter

Karl Peggs disclosure information will be available on site

Josef Priller disclosure information will be available on site

warren sherman Has no real or apparent conflict of interest to report

Adrian thrasher Has no real or apparent conflict of interest to report

Lutz uharek disclosure information will be available on site

Kathryn wood Has no real or apparent conflict of interest to report
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the planners and managers reported the following financial 
relationships or relationships to products or devices they 
or their spouse/life partner have with commercial interests 
related to the content of this cme activity:

the following Pim planners and managers, Laura excell, ND, 
NP, MS, MA, LPC, NCC, trace Hutchison, PharmD, samantha 
mattiucci, PharmD, CCMEP, and Jan schultz, RN, MSN, 
CCMEP, hereby state that they or their spouse/life partner 
do not have any financial relationships or relationships to 
products or devices with any commercial interest related to 
the content of this activity of any amount during the past 12 
months.

DISCLOSURE OF UNLABELED USE

this educational activity may contain discussion of published 
and/or investigational uses of agents that are not indicated by 
the FdA. the planners of this activity do not recommend the 
use of any agent outside of the labeled indications. 

the opinions expressed in the educational activity are those 
of the faculty and do not necessarily represent the views of the 
planners. Please refer to the official prescribing information 
for each product for discussion of approved indications, 
contraindications, and warnings.

DISCLAIMER

Participants have an implied responsibility to use the newly 
acquired information to enhance patient outcomes and their 
own professional development. the information presented in 
this activity is not meant to serve as a guideline for patient 
management. Any procedures, medications, or other courses 
of diagnosis or treatment discussed or suggested in this 
activity should not be used by clinicians without evaluation 
of their patient’s conditions and possible contraindications 
on dangers in use, review of any applicable manufacturer’s 
product information, and comparison with recommendations 
of other authorities.

HOW tO CLAIM CME CREDIt

Pim supports green cme by offering your request for 
credit online. if you wish to receive acknowledgment for 
completing this activity, please complete the evaluation on 
www.cmeuniversity.com. create a new Account on the site or 
sign in with your username and password if you have used the 
site previously. in the “Find Post-test/evaluation by course” 
search Box search by course id 9871.

upon successfully completing the activity evaluation, your 
certificate will be made available immediately. Processing 
credit requests online will reduce the amount of paper used 
by nearly 100,000 sheets per year.

cmLe

this continuing medical laboratory education activity is 
recognized by the American society for clinical Pathology 
as meeting the criteria for 23.75 hours of cmLe credit. AscP 
cmLe credit hours are acceptable to meet the continuing 
education requirement for the AscP Board of registry 
certification maintenance Program. california cmLe credits 
are also available for 23.75 hours.

MEtHOD OF PARtICIPAtION AND REQUESt FOR 
CREDIt

there are no fees for participating and receiving cmLe credit 
for this activity. cmLe credits are offered for all Plenary 
sessions, technical sessions, workshops, Quality and 
operations track sessions, strategies for commercialization 

track sessions, and oral Presentation sessions from April 24-
26 of the program.

in order to receive credit for this activity, participants must 
complete the evaluations for the sessions they attend. the 
evaluation booklet for cmLe is available at the registration 
desk. Alternatively, you may opt to complete the evaluation 
online (please visit www.isct2014.com). with the booklet, 
please ensure that you complete the first page of so that in 
the event your booklet is found, we can return it to you. At the 
end of the meeting, you must return the evaluation booklet to 
the registration desk. online evaluation must be completed 
by May 23, 2014. 

cmLe certificates will be sent by email within 6-7 weeks of the 
program end date.
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Program at a Glance

Wednesday April 23rd

16:30 – 18:30 Corporate Symposium hosted by Miltenyi Biotec Amphithéâtre Havane

19:00 – 21:30 WELCOME ADDRESS AND RECEPtION Amphithéâtre Havane and Exhibit Hall

thursday April 24th

07:30 – 08:30 generAL sessions Amphithéâtre Bordeaux/Amphithéâtre  
Havane/Room 351/Room 352B/Room 342A

08:45 – 10:30
OPENING REMARKS AND PRESIDENtIAL PLENARy:  
GENE MODIFIED CELL tHERAPy

Amphithéâtre Bordeaux

11:00 – 12:15 generAL sessions Amphithéâtre Bordeaux/Amphithéâtre  
Havane/Room 351/Room 342A

12:30 – 13:30 Corporate Tutorials (see Corporate Guide for details) Amphithéâtre Havane, Room 342A, Room 351

13:45 – 15:15
PLENARy SESSION 2: CELLULAR tHERAPy IN NEUROLOGICAL 
DISORDERS

Amphithéâtre Bordeaux

generAL sessions Room 351

15:30 – 17:00 generAL sessions Amphithéâtre Bordeaux/Amphithéâtre  
Havane/Room 351/Room 352B/Room 342A

17:00 – 18:30 Poster session 1 Poster Walkway

Friday April 25th

07:30 – 08:30
generAL sessions Amphithéâtre Bordeaux/Amphithéâtre  

Havane/Room 351/Room 342A

Corporate Tutorial(see Corporate Guide for details) Room 352B

08:45 – 10:15
PLENARy 3: CELLULAR tHERAPy IN SOLID ORGAN 
tRANSPLANtAtION AND tISSUE ENGINEERING

Amphithéâtre Bordeaux

generAL sessions Room 351

10:45 – 12:15 generAL sessions Amphithéâtre Bordeaux/Amphithéâtre  
Havane/Room 351/Room 342A

12:30 – 13:30 Corporate Tutorials (see Corporate Guide for details)
Amphithéâtre Havane, Amphithéâtre 
Bordeaux, Room 351, Room 342A

13:45 – 15:15
PLENARy SESSION 4: StAtE OF tHE INDUStRy: PASt, PRESENt 
AND FUtURE DEVELOPMENt

Amphithéâtre Bordeaux

generAL sessions Room 351

15:30 – 17:00 generAL sessions Amphithéâtre Bordeaux/Amphithéâtre  
Havane/Room 351/Room 342A

17:00 – 18:30 Poster session 2 Poster Walkway

18:15 – midnight OFFSItE GALA EVENt – Tickets required. Shuttle buses begin departure from Le Palais des Congrès at 18:15

Saturday April 26th 

07:30 – 08:30 generAL sessions Amphithéâtre Bordeaux/Amphithéâtre  
Havane/Room 351/Room 342A

08:45 – 10:15
PLENARy 5: CARDIOVASCULAR DISEASES ON tHE MEND: 
StRAtEGIC INtEGRAtION IN StEM CELL tHERAPy

Amphithéâtre Bordeaux

generAL sessions Room 351

10:45 – 11:45 generAL sessions Amphithéâtre Bordeaux/Amphithéâtre  
Havane/Room 351/Room 342A

12:00 – 13:00 Corporate Tutorial (see Corporate Guide for details) Amphithéâtre Havane

12:00 – 13:00 ANNUAL GENERAL MEEtING Amphithéâtre Bordeaux

13:15 – 14:45 generAL sessions Amphithéâtre Bordeaux/Amphithéâtre  
Havane/Room 351/Room 342A

14:55 – 15:00
Best oral and Best Poster Awards Presentation
corporate tutorials iPad draw

Amphithéâtre Bordeaux

15:00 – 16:30
PLENARy 6 – IMMUNOtHERAPy IN MALIGNANCES AND 
INFECtIOUS DISEASES

Amphithéâtre Bordeaux

generAL sessions Room 351
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– United Kingdom

Janice davis–sproul, MT(ASCP), Johns Hopkins Medicine –  

United States

Liesbeth de Jong, PhD, Kiadis Pharma – Netherlands

Peter de waele, PhD, Cardio3 BioSciences, S.A. – Belgium 

robert deans, PhD, Athersys, Inc. – United States

Alexander denoon, BSc, LLB, Lawford Davies Denoon –  

United Kingdom

varda deutsch, PhD, Tel–Aviv Sourasky Medical Center – Israel

Anne dickinson, MD, Newcastle University – United Kingdom

Patricia distler, MS, MT(ASCP)SBB, ICCBBA – United States

massimo dominici, MD, University of Modena – Italy

Luc douay, MD, PhD, Université Pierre et Marie Curie – France

dawn driscoll, PhD, Dci Biotech – Australia

eric duckers, MD, PhD, FESC, University Medical Center Utrecht – 

Netherlands

matthew durdy, Cell Therapy Catapult – United Kingdom

shannon eaker, PhD, GE Healthcare Life Sciences – United States

stephen elliman, PhD, Orbsen Therapeutics Ltd – Ireland

suzanne Farid, PhD, University College London – United Kingdom

thomas Felzmann, MD, MBA, Activartis Biotech GmbH – Austria

willem Fibbe, MD, PhD, Leiden University Medical Center – Netherlands

miguel Forte, PhD, TxCell S.A. – France

Arnaud Foussat, PhD, TxCell S.A. – France

nicole Frisch, Technical University Munich – Germany

Barry Fuller, PhD, DSc, University College London – United Kingdom

Jacques galipeau, MD, Emory University – United States

david gancberg, PhD, European Commission – United Kingdom

maria–vittoria gazzola, PhD, Azienda Ospedaliera di Padova – Italy 

edward K. geissler, PhD, University of Regensburg – Department of 

Surgery – Germany

Lothar germeroth, PhD, STAGE Cell Therapeutics GmbH – Germany

eliane gluckman, MD, PhD, Hospital Saint Louis – France

deborah griffin, MSc – United States

Pascale guillot, PhD, University College London – United Kingdom

Kurt gunter, MD, FASCP, Cell Medica Inc – United States

eric Halioua, MSc, MM, Promethera Biosciences – Belgium

dorit Harati, BSc, Gamida Cell – Israel

doris Herrmann, PhD, GMP Unlimited – Germany

Helen Heslop, MD, Baylor College of Medicine – United States

martin Hildebrandt, MD, Technische Universität München – Germany 

mary Horowitz, MD, MS, Medical College of Wisconsin – United States

Patrick c. H. Hsieh, MD, PhD, National Cheng Kung University – 

Taiwan

michael Hunt, ReNeuron – United Kingdom 

stefan irion, MD, Memorial Sloan-Kettering Cancer Center –  

United States
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ohad Karnieli, PhD, Pluristem Therapuetics Inc. – Israel

carolyn Keever–taylor, PhD, Medical College of Wisconsin –  

United States

Paul Kemp, PhD, Intercytex Ltd – United Kingdom

Alastair Kent, OBE, Genetic Alliance – United Kingdom 

charles Kessler, PhD, European Commission – Belgium

Aisha Khan, PhD, University of Miami – United States

Angela Krackhardt, MD, Technische Universitat Munchen – Germany

mauro Krampera, MD, PhD, Stem Cell Research Laboratory, Section of 

Hematology, Dept. of Medicine, University of Verona – Italy

James Lawford davies, LLB, Lawford Davies Denoon – United Kingdom

Pierre Layrolle, Reborne Project on Cell Therapy – France 

Bruce Levine, PhD, University of Pennsylvania – United States

mark Lowdell, PhD, FRCPath, Royal Free & University College Medical 

School – United Kingdom

geoff macKay, Organogenesis, Inc. – United States

ivan martin, PhD, University Hospital Basel – Switzerland

chris mason, MBBS, PhD, FRCS, FRCSI, University College London – 

United Kingdom

Aby J. mathew, PhD, BioLife Solutions, Inc. – United States

shannon maude, MD, PhD, The Children’s Hospital of Philadelphia – 

United States

michael may, PhD, Centre for Commercialization of Regenerative 

Medicine – Canada

todd mcAllister, PhD, Cytograft Tissue Engineering, Inc. –  

United States

david H. mcKenna, MD, University of Minnesota Medical Center – 

United States

ian mcniece, PhD, MD Anderson Cancer Center – United States 

Philippe menasché, MD, Georges Pompidou Hospital – France

rosalia mendez–otero, MD, PhD, Universidade Federal do Rio de 

Janeiro – Brazil

stephan mielke, MD, University of Wuerzburg – Germany

william milligan, Steminent Biotherapeutics Inc. – Canada

stefan miltenyi, Miltenyi Biotec GmbH – Germany

John morris, PhD, Asymptote Ltd. – United Kingdom

natalie mount, PhD, Cell Therapy Catapult – United Kingdom

Joana namorado, MD, European Commission, DG Research – Belgium

Brian newsom, MSc, Life Technologies – United States

Knut niss, PhD, Novartis – USA

emmanuel nivet, PhD, Aix Marseille Université – France 

gilles nobecourt, Edmund de Rothschild Investment Partners – France 

timothy o’Brien, MD, National University of Ireland, Galway – Ireland

Lynn o’donnell, PhD, Ohio State University, James Cancer Hospital – 

United States

steve oh, PhD, Bioprocessing Technology Institute – Singapore

Luis ortiz, MD, University of Pittsburgh – United States

Harald ott, MD, Harvard Medical School, Massachusetts General 

Hospital – USA

Beatrice Panterne, PhD, French National Agency of Medicine and 

Health Products Safety – France

margaret Parton, OBE, National Technology Adoption Centre – United 

Kingdom 

Amit Patel, MD, MS, University of Utah – United States

martin Pavek, MSc, Sotio A.S. – Czech Republic

Karl Peggs, MD, University College London Cancer Institute – United 

Kingdom

robert Perry, PhD, Athersys, Inc. – United States

Brian Poole, BSc, International Society for Cellular Therapy – Canada

Linda Powers, JD, Northwest Biotherapeutics Inc. – United States

sharon Presnell, PhD, Organovo, Inc. – United States

robert Preti, PhD, Progenitor Cell Therapy, L.L.P. – USA

Josef Priller, MD, Charité–Universitätsmedizin Berlin – Germany

teja Falk radke, PhD, José Carreras Cord Blood Bank – Germany

John rasko, MBBS, PhD, FRCPA, FRACP, Cell & Molecular Therapies, 

RPA Hospital – Australia

ulrich sack, MD, Universität Leipzig – Germany 

gregg s. sando, MSc, Cell Medica Ltd. – United Kingdom

matthias schiemann, PhD, Technische Universität München – Germany

Paul schiller, PhD, University of Miami School of Medicine – United States

Luc sensebé, MD, PhD, Etablissement Francais Du Sang EFS – France

warren sherman, MD, Columbia University – United States

Yufang shi, PhD, The Institute of Health Sciences – China

elizabeth J. shpall, MD, MD Anderson Cancer Center – United States

doug sipp, RIKEN Center for Developmental Biology – Japan

ineke slaper–cortenbach, PhD, Cell Therapy Facility, University 

Medical Center Utrecht – Netherlands

david smith, RPh, MBA, Lonza, Inc. – United States

Karen snow, BS, (ASCP)BB, CQA(ASQ), Massachusetts General Hospital 

– United States

susan solomon, JD, New York Stem Cell Foundation – United States

Jennifer solomon, PhD, STEMCELL Technologies, Inc. – Canada

thomas spitzer, MD, Massachusetts General Hospital – United States

Katherine st. martin, MS, RAC (US), National Marrow Donor Program 

– United States

evelien stalmeijer, PhD, eXmoor Pharma Concepts Ltd. – United Kingdom

Karl stasko, BSc, Dana–Farber Cancer Institute – United States

richard stebbings, BSc, MSc, PhD, NIBSC – Hertfordshire –  

United Kingdom

duncan stewart, MD, FRCPC, The Ottawa Hospital Research Insitute – 

Canada

olive sturtevant, MSc, Dana–Farber Cancer Institute – United States

Fewzi teskrat, MD, ANSM – France

Bernard thébaud, MD, PhD, Ottawa Hospital Research Institute – 

Canada

nicolas theys, PhD, Quality Assistance, S.A. – Belgium

Adrian thrasher, MD,  Institute of Ophthalmology, University College 

London – United Kingdom 
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Lutz uharek, MD, Charité–Universitätsmedizin Berlin – Germany

erik vollebregt, LLM, Axon Lawyers – Netherlands

Yongping wang, MD, PhD, Children’s Hospital of Philadelphia –  

United States

Kim warren, PhD, Lonza – USA

goh choon wee, Health Sciences Authority, Singapore – Singapore

daniel J. weiss, MD, PhD, University of Vermont College of Medicine – 

United States 

Kathryn wood, PhD, University of Oxford – United Kingdom

erik woods, PhD, Cook General BioTechnology, LLC. – United States

Francesco zinno, MD, PhD, Cryolab University of Rome Tor  

Vergata – Italy

claudia zylberberg, PhD, Akron Biotechnology, LLC – United States

Oral Abstract Presenters
nasser Aghdami, MD, PhD, Royal Institute – Iran

Lucio Barile, PharmD, PhD, Cardiocentro Ticino – Switzerland

rosemarie Bell, BAppSc Micro/Biochem MASM, QIMR Berghofer 

Medical Research Institute – Australia

christian chabannon, MD, PhD, Institut Paoli Calmettes – France

Allen chen, PhD, Bioprocessing Technology Institute – Singapore

sze–Piaw chin, MD, Beverly Wilshire Medical Centre – Malaysia

david courtman, PhD, The Ottawa Hospital Research Institute – 

Canada

Allan dietz, PhD, Mayo Clinic – United States

Alla dolnikov, PhD, Children’s Cancer Institute Australia – Australia

wael Abo el-Kheir, PhD, Cairo University – Egypt

Patrick Hanley, PhD, Children’s National Medical Center – United States 

zoran ivanovic, MD, PhD, HDR, EFS – France

Kyung–sun Kang, DVM, PhD, Seoul National University – South Korea

naoko Kishi, PhD, Yokohama National University – Japan

Joanne Kurtzberg, MD, Duke University Medical Center – United States

maria Lamana, MD, PhD, CIEMAT – Spain

cor Lamers, PhD, Erasmus MC Cancer Institute – Netherlands

oscar Lee, MD, MSc (Orth), PhD, National Yang–Ming University – 

Taiwan

miia Lehtinen, MD, Helsinki University Central Hospital – Finland

sofia Lourenco, PhD, University College London – United Kingdom

ian mcniece, PhD, MD Anderson Cancer Center – United States

Anastasia Papadopoulou, PhD, George Papanikolaou Hospital of 

Thessaloniki – Greece

Amit Patel, MD, MS, University of Utah – United States 

Amy Putnam, BSc, UCSF Diabetes Centre – United States

camillo ricordi, MD, University of Miami – United States

marco ruella, MD, University of Pennsylvania – United States

ineke slaper–cortenbach, PhD, Cell Therapy Facility, University 

Medical Center Utrecht – Netherlands 

Paola spitalieri, BSc, Tor Vergata University – Italy

Keiko tano, PhD, National Research Institute for Child Health and 

Development – Japan

marc turner, MB, ChB, PhD, MBA, FRCP, FRCPath, Scottish national 

Blood Transfusion Service – United Kingdom

Barbara von tigerstrom, PhD, University of Saskatchewan – Canada

daniel J. weiss, MD, PhD, University of Vermont College of Medicine – 

United States

Karin wisskirchen, PhD, Helmholtz Center Munich, Institute of Virology 

– Germany
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ISCt 2014 Program
Wednesday, April 23, 2014
08:00 – 14:00 Flow cytometry and cell Analysis workshop Located at Le Méridien Etoile

08:00 – 17:45 global regulatory Perspectives workshop Located at Le Méridien Etoile

08:00 – 17:00 FAct and JAcie cellular therapy Accreditation workshop Located at Le Méridien Etoile

10:00 – 19:00 Speaker Services Palais des Congrès Room 311/312

10:00 – 19:00 REgISTRATIOn Palais des Congrès

16:30 – 18:30 Corporate Symposium – Hosted by Miltenyi Biotec Amphithéâtre Havane

19:00 – 19:30 WELCOME ADDRESS Amphithéâtre Havane

19:30 – 21:30 WELCOME RECEPtION Exhibit Hall

thursday, April 24, 2014
07:00 – 16:00 Speaker Services Room 311/312

07:00 – 16:00 REgISTRATIOn

07:30 – 08:30

HOW tO PUBLISH IN CYTOTHERAPY
CHAIR: john Barrett, NIH, Cytotherapy Editor-in-Chief

Room 352B

tECHNICAL SESSION 1 – INNOVAtIVE tHERAPIES: REPROGRAMMING 
PROGENItORS BEtWEEN tHE NEEDS OF StEMNESS AND SAFEty
CHAIR: Massimo Dominici (It)

SPEAKERS:
Jose Cibelli (US) – transitioning Human induced Pluripotent cells from the 
Laboratory to the clinic
Pascale V. guillot (UK) – chemical-induced conversion of Human Amniotic Fluid 
stem cells into a Pluripotent state
Emmanuel nivet (FR) – indirect Lineage conversion: A safer shortcut in the 
Labyrinth of iPs reprogramming

Amphithéâtre Bordeaux

tECHNICAL SESSION 2 – ADVANCED BIOPROCESSING
CHAIR: Chris Mason (UK)

SPEAKERS:
David Smith (US) – technology Platforms for Large-scale manufacturing of cell therapies
Lothar germeroth (DE) – streptamers for clinical cell selection
Stefan Miltenyi (DE) – cell Processing for Personalized cell therapies

Room 342A

StRAtEGIES FOR COMMERCIALIZAtION tRACK 1 – FROM CONCEPt tO 
CLINICAL ENtRy: tHE INNOVAtIVE CORE
CHAIR: timothy Allsopp (UK)

SPEAKERS:
gwendolyn Binder-Scholl (US) – A case study of translational development of 
Affinity enhanced t cell receptor cell therapy
Frank Barry (IE) – mesenchymal stem cell therapy: translational strategies and 
obstacles
Edward geissler (DE) – Hematopoietic cell Products as AtmPs 

Amphithéâtre Havane

QUALIty AND OPERAtIONS tRACK 1 – CORD BLOOD INFUSIONS: CURRENt 
GOLD StANDARDS IN PREPARING AND tEStING OF CORD BLOOD 
PRODUCtS FOR tRANSPLANtAtION 
CHAIR: Vicki Antonenas (AU) 

SPEAKERS:
Vicki Antonenas (AU) – transplant Laboratory receipt, testing and thawing of unrelated 
cB units: recommendations to transplant centres in Preparation for a cB transplant
Lynn O’Donnell (US) – impact of cord thaw method on Processing and clinical 
outcome: why choosing the right thaw method could save a Patient’s Life
Teja Falk Radke (DE) – estimating Potency of cord Blood transplants: current 
standards and challenges

Room 351 
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thursday, April 24, 2014
08:45 – 09:00 opening remarks Amphithéâtre Bordeaux

09:00 – 10:30

PLENARy SESSION 1 – PRESIDENtIAL PLENARy: GENE MODIFIED CELL 
tHERAPy CME Credit Hours: 1.5
CHAIR: Kurt Gunter (US)

SPEAKERS: 
Bruce Levine (US) – the chimera reinvented: durable and complete remissions in 
relapsed/refractory Leukemia induced by gene redirected t cells
Marina Cavazzana-Calvo (FR) – gene therapy with self inactivated retrovirus 
vector: A great step Forward on the clinical Front
Adrian Thrasher (UK) – manufacturing gene therapies for inherited immunodeficiency

Amphithéâtre Bordeaux

10:30 – 11:00 Coffee Break with Exhibits Exhibit Hall

11:00 – 12:15

ORAL ABStRACt PRESENtAtIONS 1 – IMMUNOtHERAPy AND  
DENDRItIC CELLS
CHAIR: Bruce Levine (US)

PRESENtERS:
Amy Putnam (US) – resuLts FoLLowing comPLetion oF PHAse i cLinicAL 
triAL using eX vivo eXPAnded cd4+cd127Lo/-cd25+ PoLYcLonAL tregs 
For tHe treAtment oF recent-onset tYPe 1 diABetes
Anastasia Papadopoulou (gR) – sAFetY And cLinicAL eFFicAcY oF rAPidLY-
generAted virus-sPeciFic t ceLLs witH ActivitY AgAinst Adv, eBv, cmv, 
HHv6 And BK virus Administered AFter ALLogeneic HemAtoPoietic 
stem ceLL trAnsPLAnt
Alla Dolnikov (AU) – identiFYing tHe FActors moduLAting tHe eFFicAcY 
oF cAr-t ceLL tHerAPY
Patrick Hanley (US) – evALuAting muLtivirus-sPeciFic t ceLLs From 
BotH cord BLood And Bone mArrow trAnsPLAnt donors: A PHAse 1 
PersPective
Marco Ruella (US) – Anti-cd123 cHimeric Antigen recePtor redirected t 
ceLLs For reLAPsed B-ceLL Acute LYmPHoBLAstic LeuKemiA

Amphithéâtre Bordeaux

ORAL ABStRACt PRESENtAtIONS 2 – CELL AND GENE tHERAPy OR CELLULAR 
GENE tRANSFER/CARDIOVASCULAR REGENERAtION
CO-CHAIRS: Warren Sherman (US) and Adrian thrasher (UK)

PRESENtERS:
David Courtman (CA) – Production oF endotHeLiAL no-sYntHAse gene-
enHAnced AutoLogous Progenitor ceLL tHerAPies For cArdio-
PuLmonArY diseAses
Paola Spitalieri (IT) – generAtion oF diseAse-sPeciFic induced 
PLuriPotent stem ceLLs From HumAn FetAL eXtrA-emBrYonic tissues
Karin Wisskirchen (DE) – t ceLLs redirected BY A cHimeric Antigen recePtor 
recognizing HBsAg eFFicientLY controL HBv in vivo in trAnsgenic mice
Miia Lehtinen (FI) – Bone mArrow mononucLeAr ceLLs For iscHemic 
cArdiAc FAiLure – A ProsPective, controLLed, rAndomized, douBLe-
BLinded studY oF ceLL trAnsPLAntAtion comBined witH coronArY 
BYPAss surgerY
Lucio Barile (CH) – eXosomes secreted BY HumAn cArdiAc Progenitors 
contAin micro-rnA witH cArdioProtective And Pro-Angiogenic 
Activities

Room 342A
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thursday, April 24, 2014

11:00 – 12:15

ORAL ABStRACt PRESENtAtIONS 3 – QUALIty AND OPERAtIONS/ EtHICAL 
AND LEGAL
CO-CHAIRS: Karen Snow (US) and Massimo Dominici (It)

PRESENtERS:
Barbara von Tigerstrom (CA) – PAtient PArticiPAtion in reguLAtorY 
decisions regArding regenerAtive medicine
naoko Kishi ( JP) – tecHnoLogY PoLicY And industrY growtH: tHe Power 
oF LocAL cLuster
Keiko Tano (JP) – A HigHLY eFFicient cuLture metHod For growtH And 
detection oF undiFFerentiAted HumAn PLuriPotent stem ceLLs 
Present As imPurities in ceLL-Processed tHerAPeutic Products
Rosemarie Bell (AU) – gLoBAL gmP – A comPArABiLitY studY to LinK good 
mAnuFActuring PrActice stAndArds For worLd wide comPLiAnce 
witHin tHe ceLLuLAr tHerAPY industrY
Christian Chabannon (FR) – JAcie AccreditAtion stAtus And outcome 
AFter HemAtoPoietic stem ceLL trAnsPLAntAtion

Room 351

StRAtEGIES FOR COMMERCIALIZAtION tRACK 2 – REIMBURSEMENt: BASIC 
CONCEPtS tHROUGH ADVANCED GLOBAL StRAtEGIES
CHAIR: Dawn Driscoll (AU)

SPEAKERS:
Dawn Driscoll (AU) – reimbursement 101
Michael May (CA) – if You Build it will they come? the critical role of reimbursement 
Assessment in the diligence and development of early stage technologies
Margaret Parton (UK) – cell therapies – defining the route to Adoption and 
reimbursement – a uK-nHs model

Amphithéâtre Havane

12:15 – 13:45 Lunch with Exhibits

12:30 – 13:30

Corporate Tutorial – Irvine Scientific • See Corporate Guide for Details Amphithéâtre Havane

Corporate Tutorial – Life Technologies • See Corporate Guide for Details Room 342A

Corporate Tutorial – HemaCare Corporation • See Corporate Guide for Details Room 351

13:45 – 15:15

PLENARy SESSION 2 – CELLULAR tHERAPy IN NEUROLOGICAL DISORDERS 
CME Credit Hours: 1.5
CO-CHAIRS: josef Priller (DE) and Massimo Dominici (It)

SPEAKERS:
Roger Barker (UK) – the current status of cell Based therapies for Parkinson’s 
disease 
Stefan Irion (US) – towards a clinical grade source of Human es cell-derived 
midbrain dopamine neurons for cell therapy in Parkinson’s disease
Siddharthan Chandran (UK) – neuroprotection through modification of the glial 
environment
Peter Coffey (UK) – stemming vision Loss using cell therapies

Amphithéâtre Bordeaux

QUALIty AND OPERAtIONS tRACK 2 – BENCH tO BEDSIDE: MSCS FOR ARDS
CHAIR: Lizette Caballero (US)

SPEAKERS:
Lizette Caballero (US) – mscs for Ards: the Bone marrow transplant Laboratory 
Perspective
David H. McKenna (US) – mscs for Acute Lung injury: the manufacturing center’s 
Perspective
Luis A. Ortiz (US) – Bench to Bedside: mscs for Ards

Room 351 

15:15 – 15:30 Coffee Break with Exhibits Exhibit Hall
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thursday, April 24, 2014

15:30 – 17:00

WORKSHOP 1 – CELL tHERAPIES IN RESPIRAtORy DISEASES AND LUNG/
CRItICAL ILLNESSES
CO-CHAIRS: Daniel j. Weiss (US) and Bernard thébaud (CA)

SPEAKERS:
Daniel J. Weiss (US) – msc Based therapies in Pulmonary diseases and critical 
illnesses
Colin Butler (UK) – tissue engineering trachea: Are we there Yet?
Duncan Stewart (CA) – immunomodulatory cell therapy for severe sepsis and  
Lung injury

Amphithéâtre Bordeaux

WORKSHOP 2 – LEGAL AND REGULAtORy CHALLENGES FOR CELL tHERAPIES 
IN EUROPE
CHAIR: james Lawford Davies (UK)

PANELIStS:
James Lawford Davies (UK), Alexander Denoon (UK), Erik Vollebregt (nL)

Room 342A

WORKSHOP 3 – jOINt SESSION WItH EBMt- CORD BLOOD: tHEN AND NOW
CHAIR: Christian Chabannon (FR)

SPEAKERS:
Eliane gluckman (FR) – cord Blood transplantation Present and Future
Elizabeth J. Shpall (US) – the Future of cord Blood cellular therapy
Mary Horowitz (US) – the role of cord Blood in increasing Access to Allogeneic 
transplantation – a view from north America

Room 352B 

StRAtEGIES FOR COMMERCIALIZAtION tRACK 3 – CRyOPRESERVAtION AND 
BIOPRESERVAtION: INNOVAtIONS SUPPORtING PRODUCt SUPPLy AND 
LOGIStICS. CO-SPONSORED WItH SOCIEty FOR CRyOBIOLOGy
CO-CHAIRS: Aby j. Mathew (US) and Erik Woods (US)

SPEAKERS:
Aby J. Mathew (US) – Biopreservation considerations for gmP Bioprocessing, 
clinical development, supply Logistics, and Patient delivery
Erik Woods (US) – making cell-Based Products Feasible for mainstream clinical use
Barry Fuller (UK) – the Lazarus Factor in regenerative medicine; optimizing cryo-
banking and the cold chain delivery for management of cell-based therapies
John Morris (UK) – the development of a gmP compliant cryogenic cold chain

Amphithéâtre Havane

QUALIty AND OPERAtIONS tRACK 3 – ANCILLARy MAtERIALS FOR CELLULAR 
tHERAPIES
CO-CHAIRS: jennifer Solomon (CA) and Lynn Csontos (CA)

PANELIStS:
Claudia Zylberberg (US)
Ian Mcniece (US)
Jennifer Solomon (CA) 
Lynn Csontos (CA)

Room 351 

17:00 – 18:30 Poster Session 1 Poster Walkway

Friday, April 25, 2014
07:00 – 16:00 Speaker Services Room 311/312

07:00 – 16:00 REgISTRATIOn

07:30 – 08:30 Corporate Tutorial – TerumoBCT • See Corporate Guide for details Room 352B
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Friday, April 25, 2014

07:30 – 08:30

tECHNICAL SESSION 3 – DC VACCINE IN CANCER
CHAIR: Mark Lowdell (UK)

SPEAKERS:
Martin Pavek and Jakub Cierny (CZ) – cell therapy supply chain 
Linda Powers (US) – dcvaxL new Horizon for the treatment of Brain cancer
Thomas Felzmann (AT) – driving a safe and effective Anti-cancer immune response 
by tcr gene therapy

Amphithéâtre Bordeaux

tECHNICAL SESSION 4 – IMMUNOMONItORING AND QUALIty CONtROL IN 
CELL tHERAPy
CHAIR: Matthias Schiemann (DE)

SPEAKERS:
nicolas Theys (BE) – immunoassays to monitor identity and Biological Activity of 
cell Based medicinal Products
Ulrich Sack (DE) – Quality management in Flow cytometry - requirements of gLP, 
gmP, iso and clinical studies

Room 342A

StRAtEGIES FOR COMMERCIALIZAtION tRACK 4 – CREAtIVE RESOURCING: 
FINANCING MODELS
CHAIR: Gregg S. Sando (UK) 

SPEAKERS:
Charles Kessler (BE) – eu support to cell therapy research and the Horizon 2020 
Programme
Michael Hunt (UK) – Harnessing equity and non dilutive Funding for cell therapy - 
a uK sme Perspective
gilles nobecourt (FR) – is traditional Life science venture capital a resource for cell 
therapy companies Yet?

Amphithéâtre Havane

QUALIty AND OPERAtIONS tRACK 4 – tRANSPORt, IMPORt AND ExPORt OF 
CELL tHERAPy PRODUCtS
CHAIR: Olive Sturtevant (US) 

SPEAKERS:
Olive Sturtevant (US) – the ABcs of importing and exporting Biologics Across 
international Borders
Katherine St. Martin (US) – import and export challenges – nmdP’s Perspective 
and experience
Liesbeth de Jong (nL) – starting material supply chain development for Atir, a 
Patient-specific immune therapy Product

Room 351 

08:45 – 10:15

PLENARy SESSION 3 – CELLULAR tHERAPIES IN SOLID ORGAN 
tRANSPLANtAtION AND tISSUE ENGINEERING: tOWARDS POtENCy 
tEStING OF MSCS CME Credit Hours: 1.5
CO-CHAIRS: Luc Sensebé (FR) and Mauro Krampera (It)

SPEAKERS: 
Kathryn Wood (UK) – regulatory t cells in transplantation – From mechanism to 
medicine
Harald Ott (US) – challenges and opportunities in organ regeneration
Edward geissler (DE) – the one study

Amphithéâtre Bordeaux

QUALIty AND OPERAtIONS tRACK 5 – MANAGEMENt OF yOUR ASEPtIC 
PROCESSING ENVIRONMENt
CHAIR: Varda Deutsch (IL)

SPEAKERS:
Karen Snow (US) – How effective is Your cleaning and sanitization Process: A 
review of current Practices
Doris Herrmann (DE) – Qualification of cleanrooms and environmental monitoring 
– Practical approaches in europe
nicole Frisch (DE) – Planning and implementation of Facility sanitation in cleanrooms

Room 351 

10:15 –10:45 Coffee Break with Exhibits Exhibit Hall
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Friday, April 25, 2014

10:45 – 12:15

ORAL ABStRACt PRESENtAtIONS 4 – MSCS 
CHAIR: yufang Shi (CN) 

PRESENtERS:
Maria Lamana (ES) – mesencHYmAL stromAL ceLLs enHAnce 
HemAtoPoietic engrAFtment in A mouse modeL oF AutoLogous 
trAnsPLAntAtion witH HigH risK oF engrAFtment FAiLure 
Daniel J. Weiss (US) – A PHAse 1B studY oF mesencHYmAL stromAL ceLL 
tHerAPY For idioPAtHic PuLmonArY FiBrosis
Sofia Lourenco (UK) – miF-cXcr4 As A noveL AXis For mesencHYmAL stem 
ceLL recruitment to tumors in vivo
Kyung-Sun Kang (KR) – nod2 ActivAtion Promotes Anti-inFLAmmAtorY 
ActivitY oF HumAn mesencHYmAL stem ceLLs AgAinst inFLAmmAtorY 
BoweL diseAse
Ineke Slaper-Cortenbach (nL) – treAtment oF steroid resistAnt grAde 
ii to iv Acute gvHd BY inFusion oF mesencHYmAL stromAL ceLLs 
eXPAnded witH PLAteLet LYsAte – A PHAse i/ii studY
Sze-Piaw Chin (MY) – umBiLicAL cord-derived mesencHYmAL stromAL 
ceLL inFusion imProves BLood sugAr controL in PAtients witH tYPe 
ii diABetes

Amphithéâtre Bordeaux

ORAL ABStRACt PRESENtAtIONS 5 – REGENERAtIVE MEDICINE AND tISSUE 
ENGINEERING
CHAIR: Natividad Cuende (ES)

PRESENtERS:
Camillo Ricordi (US) – comPLetion oF tHe First FdA PHAse 3 muLticenter 
triAL oF isLet trAnsPLAntAtion in tYPe 1 diABetes BY tHe niH cit 
consortium
nasser Aghdami (IR) – rePeAted intrA ArticuLAr inJection oF Bone 
mArrow derived mesencHYmAL stem ceLL in Knee osteoArtHritis: 
douBLe BLind rAndomized cLinicAL triAL
Amit Patel (US) – tArgeted mesencHYmAL stem ceLL tHerAPY For 
cHronic oBstructive PuLmonArY diseAse
Wael Abo El-Kheir (Eg) – neuro-regenerAtive eFFect oF AutoLogous 
mesencHYmAL stem ceLL tHerAPY in cereBrAL PALsY PAtients: PiLot 
cLinicAL triAL
Oscar Lee (TW) – FABricAtion oF AceLLuLAr scAFFoLds BY crYo-cHemicAL 
deceLLuLAurizAtion oF tHe wHoLe Liver For mesencHYmAL stem ceLL-
BAsed FunctionAL HePAtic engineering

Room 342A

StRAtEGIES FOR COMMERCIALIZAtION tRACK 5 – MANAGING COGS AND 
tHE IMPACt OF PRODUCtION DECISIONS FROM PHASE I tO COMMERCIAL 
SUPPLy
CHAIR: William Milligan (CA)

SPEAKERS:
Robert Preti (US) – establishing a winning manufacturing strategy for commercial 
viability
Evelien Stalmeijer (UK) – Performing cost impact Analysis in the early stages of 
clinical development will inform the Process development Plan, clinical trial 
Program and Business Planning
Suzanne Farid (UK) – can the cell therapy sector Achieve Acceptable cost of goods 
at the commercial scale?
Robert Perry (US) – cost implications of manufacturing decisions through clinical 
development into commercialization 

Amphithéâtre Havane
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Friday, April 25, 2014

 10:45 – 12:15

QUALIty AND OPERAtIONS tRACK 6 – BACK tO tHE FUtURE: tHE 
RESURGENCE OF BONE MARROW
CHAIR: Karen Snow (US)

SPEAKERS: 
Thomas Spitzer (US) – HPc-A vs HPc-m transplantation: Past Lessons and Future 
direction 
Janice Davis-Sproul (US) – Bone marrow Processing challenges and Product 
specifications
Francesco Zinno (IT) – the Processing of stem cell concentrates from the Bone 
marrow in ABo-incompatible transplants: How and when

Room 351 

12:15 – 13:45 Lunch with Exhibits

12:30 – 13:30

Corporate Tutorial – Biosafe SA • See Corporate Guide for details Amphithéâtre Havane

Corporate Tutorial – GE Healthcare Life Sciences • See Corporate Guide for details Amphithéâtre Bordeaux

Corporate Tutorial – IBA Lifesciences • See Corporate Guide for details Room 351

Corporate Tutorial – Corning • See Corporate Guide for details Room 342A

13:45 – 15:15

PLENARy SESSION 4 – StAtE OF tHE INDUStRy: PASt, PRESENt AND FUtURE 
DEVELOPMENt
CO-CHAIRS: Claudia Zylberberg (US) and Susan Solomon (US)

SPEAKERS: 
geoff MacKay (US) – update on the industry - challenges and Progress
Matthew Durdy (UK) – cell therapy: what will Be different next time
Stewart Abbot (US) – seven decades and counting: the Past, Present and Bright 
Future of cell therapies

Amphithéâtre Bordeaux

QUALIty AND OPERAtIONS tRACK 7 – INtERNAtIONAL CLINICAL tRIALS 
AND PIC/S GMPS: NEW CHALLENGES AND MItIGAtION APPROACHES 
CHAIR: Marieta Chan (SG) 

SPEAKERS:
Fewzi Teskrat (FR) – reactions on illegal and Fraudulent Activities on tissues and 
cells Products 
Olive Sturtevant (US) – manufacturing cellular Products for international clinical 
trials
goh Choon Wee (Sg) – gmP inspection of Human cell & tissue-based therapeutic 
(ctt) Products in singapore

Room 351

15:15 – 15:30 Coffee Break with Exhibits Exhibit Hall

15:30 – 17:00

WORKSHOP 4 – BEyOND tHE NUCLEUS
CHAIR: Luc Douay (FR)

SPEAKERS: 
Luc Douay (FR) – red Blood cells From stem cells in vitro: Perspective for 
transfusion medicine
Dominique Baruch (FR) – Ex vivo Platelet Production 
Luis A. Ortiz (US) – mesenchymal stem cells use extracellular vesicles to outsource 
mitophagy

Amphithéâtre Bordeaux
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Friday, April 25, 2014

15:30 – 17:00

WORKSHOP 5 – EU FUNDED PROjECtS ON CELL tHERAPIES
CO-CHAIRS: Mark Lowdell (UK) and David Gancberg (BE)

SPEAKERS: 
Timothy O’Brien (IE) – reddstAr: repair of diabetic damage by stromal cell 
Administration
Stephen Elliman (IE) – cd362: A novel Functional marker for msc isolation and 
therapeutic use
Anne Dickinson (UK) – marie curie Actions initial training network – celleurope
Pierre Layrolle (FR) – reborne: regenerating Bone with mesenchymal stem cells and 
Biomaterials

Room 342A

StRAtEGIES FOR COMMERCIALIZAtION tRACK 6 – tISSUE ENGINEERING: 
StAtE OF tHE ARt tECHNOLOGy
CHAIR: Brian Newsom (US)

SPEAKERS:
Sharon Presnell (US) – 3d Bioprinting: opportunities and challenges in regenerative 
medicine
Paul Schiller (US) – transforming cells and grafts into orthobiologic market 
Products and Beyond
Todd McAllister (US) – the convergence of BioPrinting and tissue engineering: 
solving the strength riddle

Amphithéâtre Havane

QUALIty AND OPERAtIONS tRACK 8 – StABILIty PROGRAMS FOR CELL 
tHERAPy PRODUCtS
CHAIR: Aisha Khan (US)

SPEAKERS:
Luc Sensebé (FR) – Beyond genetic stability of mesenchymal stem/stromal cells
Aleksandar Babic (US) – stability Program for umbilical cord Blood manufacturing: 
concept, development and outcomes
Carolyn Keever-Taylor (US) – stability Program for virus specific ctLs

Room 351 

17:00 – 18:30 Poster session 2 Poster Walkway

18:15 – midnight OFF-SItE GALA EVENt – Tickets Required. Shuttle buses begin departure at from Le Palais des Congrès at 18:15

Saturday, April 26, 2014
07:00 – 14:00 REgISTRATIOn 

07:00 – 15:00 Speaker Services Room 311/312

07:30 – 08:30

tECHNICAL SESSION 5 – SAFELy MEASURING CLINICAL EFFICACy
CO-CHAIRS: Stephan Mielke (DE) and Emily Culme-Seymour (UK)

SPEAKERS: 
Rosalia Mendez-Otero (BR) – cell therapy trials for stroke: How to evaluate safety 
and efficacy
Paul Kemp (UK) – testing a Fibroblast therapy for the treatment of orphan skin 
diseases
Angela Krackhardt (DE) – driving a safe and effective Anti-cancer immune 
response by tcr gene therapy

Amphithéâtre Bordeaux
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Saturday, April 26, 2014

07:30 – 08:30

tECHNICAL SESSION 6 – t CELL tHERAPy: FROM PRODUCt DEVELOPMENt 
tO IMMUNOMODULAtION
CHAIR: Miguel Forte (FR)

SPEAKERS: 
Knut niss (US) – moving an Autologous cell therapy to the market: From small 
scale trial to mass Production
Arnaud Foussat (FR) – t cell therapy of inflammation using regulatory t cells
natalie Mount (UK) – cytotoxic / effector t cell therapies: recent Progress and 
Future Potential

Room 342A

07:30 – 08:30

StRAtEGIES FOR COMMERCIALIZAtION tRACK 7 – BUILDING A GLOBALLy 
SUCCESSFUL CELL tHERAPy PRODUCt 
CHAIR: Lee Buckler (US)

SPEAKERS:
Eric Halioua (BE)  
Peter de Waele (BE)  

Amphithéâtre Havane

QUALIty AND OPERAtIONS tRACK 9 – ISCt BEACON SUItE OF NAVIGAtIONAL 
tOOLS AND QUALIty & OPERAtIONS NEtWORKING SESSION
CHAIR: Brian Poole (CA)

SPEAKERS:
Karl Stasko (US) – isct BeAcon imAge BAnK: the Big Picture
Deborah griffin (US) – expanding Horizons: Legal and regulatory resources in 
isct BeAcon

NEtWORKING FACILItAtOR: nicole Frisch (DE)

Room 351 

08:45 – 10:15

PLENARy SESSION 5 – CARDIOVASCULAR DISEASES ON tHE MEND: 
StRAtEGIC INtEGRAtION IN StEM CELL tHERAPy CME Credit Hours: 1.5
CHAIR: Warren Sherman (US) 

SPEAKERS:
Patrick C.H. Hsieh (TW) – tissue engineering for cardiac regenerative medicine - 
strategic integration to get closer to the clinic
Philippe Menasché (FR) – stem cells for the treatment of Heart Failure : what is 
still missing for a Prime time use ?
Amit Patel (US) – optimizing Biological recovery of the Heart

PANELISt:
Eric Duckers (nL)

Amphithéâtre Bordeaux

QUALIty AND OPERAtIONS tRACK 10 – StANDARDIZAtION OF FLOW 
CytOMEtRIC ASSAyS FOR CELLULAR tHERAPy 
CHAIR: Fouad Atouf (US)

SPEAKERS:
Beatrice Panterne (FR) – cd34 numeration through the French external Quality 
control and the european Pharmacopoiea cell therapy Product working group
Richard Stebbings (UK) – Lyophilised cell controls for clinical Flow cytometry
Hermann Bohnenkamp (DE) – tri-virus-specific t cells isolated with the 
clinicmAcs Prodigy ccs-iFn system: Quality development of an AtmP

Room 351 

10:15 – 10:45 Coffee Break with Exhibits Exhibit Hall
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Saturday, April 26, 2014

10:45 – 11:45

POLICy FORUM: tHE REGULAtION OF CLINICAL RESEARCH
CO-CHAIRS: joana Namorado (BE) and Emily Culme-Seymour (UK)

Amphithéâtre Bordeaux 

ORAL ABStRACt PRESENtAtIONS 6 – tRANSLAtIONAL PROCESS 
DEVELOPMENt
CHAIR: Knut Niss (US) 

PRESENtERS:
Allan Dietz (US) – cLAssiFYing PAtients And monitoring tHe outcomes 
oF ceLL BAsed tHerAPies using immunomics
Marc Turner (UK) – Progress towArds tHe cgmP Production oF 
PLuriPotent stem ceLL derived red BLood ceLLs
Allen Chen (Sg) – eXPAnsion And diFFerentiAtion oF HumAn 
PLuriPotent stem ceLLs to neurAL Progenitors: A simPLiFied 
BioreActor Process rePLAcing noggin witH 2 smALL moLecuLes
Cor Lamers (nL) – gmP ProtocoL to gene-engineer And Process 
HumAn t-ceLLs revisited: medium criticALLY determines YieLd, 
Function And diFFerentiAtion stAte oF cd8+ t-ceLLs

Room 342A

ORAL ABStRACt PRESENtAtIONS 7 – HEMAtOPOIEtIC StEM CELLS/
NERVOUS SyStEM REPAIR
CO-CHAIRS: josef Priller (DE) and Elizabeth j. Shpall (US) 

PRESENtERS:
Joanne Kurtzberg (FR) – PrecLinicAL cHArActerizAtion oF duoc-
01, A cAndidAte ceLL tHerAPY Product derived From HumAn 
BAnKed umBiLicAL cord BLood intended For use in treAtment oF 
demYeLinAting diseAses
Oscar Lee (TW) – treAtment oF cereBeLLAr AtAXiA witH mesencHYmAL 
stem ceLLs: A PHAse i/ii triAL
Ian Mcniece (US) – FucosYLAtion oF eX vivo eXPAnded cord BLood (cB) 
ceLLs imProves engrAFtment in nod/scid mice
Zoran Ivanovic (FR) – eX-vivo eXPAnsion oF cord BLood HemAtoPoietic 
stem And Progenitor ceLLs For trAnsPLAntAtion using An 
AntioXYdAnt-suPPLemented medium And A cYtoKine cocKtAiL 
inducing HYPoXic-LiKe ceLLuLAr resPonse

Amphithéâtre Havane

QUALIty AND OPERAtIONS tRACK 11 – tECHNOLOGy tRANSFER
CHAIR: Sigalit Ariely-Portnoy (IL)

SPEAKERS:
Dorit Harati (IL) – A successful technology transfer Process
Christopher Bravery (UK) – Quality considerations for technology transfer
Sigalit Ariely-Portnoy (IL) – the essence of good comparability study

Room 351

11:45 – 13:15 Lunch with Exhibits

12:00 – 13:00 Corporate Tutorial – Fresenius Kabi • See Corporate Guide for details Amphithéâtre Havane

12:00 – 13:00 isct Annual general meeting Amphithéâtre Bordeaux

13:15 – 14:45

WORKSHOP 6 – EtHICS AND REGULAtION: HOW SHOULD WE DEAL WItH 
UNPROVEN tHERAPIES?
CHAIR: john Rasko (AU)

SPEAKERS:
Timothy Caulfield (CA) – the nature and scope of stem cell “tourism”
Doug Sipp (JP) – How regulatory systems fail in cell therapy markets
Kurt gunter (US) – unproven cellular therapies: what should we do?

PANELIStS:
Alastair Kent (UK) and Sara Casati (IT)

Amphithéâtre Bordeaux
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Saturday, April 26, 2014

13:15 – 14:45

WORKSHOP 7 – HOt tOPICS IN CLINICAL DEVELOPMENt OF MSC-LIKE 
CELLS – AN ACADEMIC, INDUStRIAL & tRANSLAtIONAL PERSPECtIVE
CHAIR: jacques Galipeau (US) 

SPEAKERS:
Willem Fibbe (nL) – A multicenter european trial with mesenchymal stromal cells 
for steroid resistant Acute gvHd: A case study on regulatory and organizational 
issues
Robert Deans (US) – industry Perspective
Ivan Martin (CH) – A ‘relativity concept’ for msc

Room 342A 

StRAtEGIES FOR COMMERCIALIZAtION tRACK 8 – PROCESS AND PRODUCt 
DEVELOPMENt INNOVAtION
CO-CHAIRS: Knut Niss (US) and Ohad Karnieli (IL)

SPEAKERS:
Kim Warren (US) – use of Bioreactor Platforms in the manufacturing Process for 
cell therapies
José Castillo (BE) – industrialization of stem cell Processes - How to identify the 
right strategy?
Shannon Eaker (US) – guidance in developing commercializable Autologous/
Patient-specific cell therapy

Amphithéâtre Havane

13:15 – 14:45

QUALIty AND OPERAtIONS tRACK 12 – CELL tHERAPy SUCCESS StORy: 
MANAGING tHE CAR-t BEFORE tHE HORSE
CHAIR: yongping Wang (US) 

SPEAKERS:
Yongping Wang (US) – the many moving Pieces of cArt19 trial at cHoP – view 
from the cHoP stem cell Laboratory
Shannon Maude (US) – cAr-modified t cell therapy: How do we get there?
Bruce Levine (US) – Quality and operations For gene modified cell Products in 
multi-institutional clinical trials

Room 351

14:45 – 14:55 Break

14:55 – 15:00
Best oral and Best Poster Awards Presentation
Corporate Tutorial iPad Draw 

Amphithéâtre Bordeaux

15:00 – 16:30

PLENARy SESSION 6 – IMMUNOtHERAPy IN MALIGNANCIES AND 
INFECtIOUS DISEASES CME Credit Hours: 1.5
CO-CHAIRS: Helen Heslop (US) and Martin Hildebrandt (DE)

SPEAKERS: 
Karl Peggs (UK) – cellular therapy for cytomegalovirus – chasing the rainbow
Catherine Bollard (US) – t-cell therapies for Hematologic malignancies: utilizing a 
non-gene transfer Approach
Lutz Uharek (DE) – clinical Application of t and nK cell Based Approaches for the 
treatment of malignancies

Amphithéâtre Bordeaux

QUALIty AND OPERAtIONS tRACK 13 – ISBt 128 LABELING UPDAtE
CHAIR: Maria-Vittoria Gazzola (It)

SPEAKERS:
Ineke Slaper-Cortenbach (nL) – changing isBt 128 terminology for cellular 
therapy Products and using isBt 128 with the single european coding system
Patricia Distler (US) – isBt 128: From the Big Picture to Practical issues
Mayra Basiri (US) – nmdP’s collaborative Approach to isBt 128 implementation

Room 351
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Plenary Session Synopses

PLenArY session 1: PresidentiAL PLenArY 
on gene modiFied ceLL tHerAPY

tHursdAY, APriL 24 • time: 09:00 – 10:30 
Amphithéâtre Bordeaux

Chair: Kurt gunter

gene therapy was first conceptualized in the 1970’s and the 
first gene therapy clinical study occurred in the united states 
in 1990, with the treatment of a patient with severe combined 
immune deficiency. since then over one thousand gene 
therapy clinical trials have been conducted or initiated using a 
variety of technologies. cell therapy-based delivery of genetic 
material offers many advantages, including the potential ability 
to target specific tissues of interest, avoidance of systemic 
toxicity, control of dosing, and importantly, the capability to 
test cultures ex vivo for safety and gene expression before 
introduction into the patient. 

in this session, we will explore some of the applications of 
gene modified cellular therapy and discuss advances as well 
as ongoing challenges in this field, including recent progress 
with viral vectors to reduce risk, the latest in chimeric antigen 
receptor expressing t cells, and new developments in gene 
therapy for immune deficiency.

tHE CHIMERA REINVENtED: DURABLE AND 
COMPLEtE REMISSIONS IN RELAPSED/REFRACtORy 
LEUKEMIA INDUCED By GENE REDIRECtED t CELLS
Bruce Levine

t lymphocytes can be endowed with novel functions ex vivo 
through gene transfer. By inserting chimeric antigen receptors 
to redirect t cells to tumor, significant and durable clinical 
responses in leukemia have been observed in patients who 
are relapsed or refractory to all other available treatment. A 
massive in vivo expansion of chimeric antigen receptor t 
cells directed against cd19 (ctL019) has been observed, 
along with homing to disease sites, and long-term functional 
persistence. redirection of t cell immunity through this 
platform technology is now under investigation in other 
cancers, including solid tumors.

GENE tHERAPy WItH SELF INACtIVAtED 
REtROVIRUS VECtOR: A GREAt StEP FORWARD ON 
tHE CLINICAL FRONt.
Marina Cavazzana-Calvo

over 60 patients affected by severe primary immunodeficiencis 
have received stem cell gene therapy in the past 15 years using 
gammaretroviral vectors, resulting in immune reconstitution 
and clinical benefit in the majority of them. However the 

occurrence of insertional oncogenesis in 3 out the four 
european clinical trials prompted the development of new 
vectors in which the strong enhancer contained in the virus 
Ltr are removed. since 2006 no clinical adverse events 
associated with vector integration have occurred while the 
clinical benefit has been successfully reproduced.

global pattern of integration site distribution have been 
compared between the first generation vectors and the second 
ones allowing the demonstration that clustering of integration 
sites significantly differ. if these promising data on integration 
site distribution associated with a stable long term clinical benefit 
will be further confirmed we can conclude that gene therapy is 
entered to be part of our possible therapeutical choices.

MAtURING GENE tHERAPIES FOR INHERItED 
IMMUNODEFICIENCy
Adrian Thrasher

remarkable advances have been made over the last decade 
in clinical gene therapies for immunodeficiency, with clear 
demonstration of efficacy in an increasing number of patients 
and diseases. the occurrence of mutagenic side effects in 
early trials has also stimulated the development of more 
sophisticated technologies, with encouraging early results. 
Further refinements to trial protocols, and in strategies to 
achieve targeted gene modification are at early stages, but are 
likely to enter the clinical arena within the next five years, and 
may lead to the adoption of gene therapy as a standard of care 
for at least some of these devastating conditions.

PLenArY session 2: ceLLuAr tHerAPY in 
neuroLogicAL disorders

tHursdAY, APriL 24 • time: 13:45 – 15:15 
Amphithéâtre Bordeaux

Co-Chairs: Josef Priller & Massimo Dominici

the brain is the most complex organ of the body and has 
very little regenerative capacity. the advent of novel stem cell 
technologies has raised hopes for brain repair. in particular, 
embryonic stem cells (escs) and patient-derived induced 
pluripotent stem cells (iPscs) may be used to replace/
support dysfunctional neural cells. this session brings 
together experts from basic science and clinical translation 
to discuss cellular therapies in neurological disorders. 
roger A. Barker will review stem cell transplantation trials in 
Parkinson’s disease and Huntington’s disease. stefan irion 
will explain the concept of cellular reprogramming and the 
generation of defined nerve cell populations from escs and 
iPscs. siddharthan chandran will show his work on the use 
of iPscs in motor neuron diseases. Finally, Peter coffey will 
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describe how esc-derived retinal pigment epithelial cells 
are used for the treatment of retinal diseases in existing and 
forthcoming clinical trials.

tHE CURRENt StAtUS OF CELL BASED tHERAPIES 
FOR PARKINSON’S DISEASE
Roger Barker

Parkinson’s disease (Pd) is a common neurodegenerative 
disorder of the cns that responds well to dopaminergic drugs. 
However with time these drugs fail in part because they deliver 
dopamine in a non-physiological way. using biological agents 
such as dopaminergic neurons to replace those lost as part of 
the core disease process in Pd should in theory given better 
control of these aspects of Pd. in this talk i will summarise 
where the field of cell grafting for Pd now stands as we move 
towards an era of stem cell therapies for this condition.

tOWARDS A CLINICAL GRADE SOURCE OF HUMAN 
ES CELL-DERIVED MIDBRAIN DOPAMINE NEURONS 
FOR CELL tHERAPy IN PARKINSON’S DISEASE
Stefan Irion

dopamine neuron replacement has been proposed as an 
experimental therapeutic strategy since the 1980s with 
more than 300 patients grafted world-wide using human 
fetal tissue.  while those studies have demonstrated the 
feasibility of dopamine neuron replacement the clinical 
results have been mixed. one main limitation of fetal tissue 
grafting has been the limited supply and the variable nature 
of tissue for transplantation. over the last 5 years there has 
been renewed interest in the dopamine neuron replacement 
paradigm, triggered by a re-analysis of grafted patients > 10 
years after transplantation suggesting remarkable long-term 
benefit in a subset of individuals. Furthermore, novel sources 
of dopamine neurons have become available to resolve 
issues such as limited supply or variability of the tissue for 
transplantation. Here we will review our data on the use of 
human esc-derived dopamine neurons in mouse, rat and 
monkey models of Pd. directed differentiation protocols 
yield large numbers of authentic dopamine neurons via a 
human esc floor plate intermediate. Furthermore, those 
dopamine neurons show excellent in vivo survival and 
function in the various Pd models. Finally, we will discuss 
remaining challenges for translating pre-clinical findings 
towards clinical use and present strategies to further improve 
the function and safety of human esc derived dA neurons; 
efforts geared towards the first clinical trial of human esc-
derived dopamine neurons in Pd patients.

NEUROPROtECtION tHROUGH MODIFICAtION OF 
tHE GLIAL ENVIRONMENt
Siddharthan Chandran

the neurocentric view of neurodegeneration has been 
increasingly challenged by accumulating evidence  implicating 

non-cell autonomous mechanisms in neurodegeneration. i 
will discuss the context dependent role of glia in mediating 
injury or repair using multiple sclerosis and amyotrophic 
lateral sclerosis as disease examples. 

StEMMING VISION LOSS USING CELL tHERAPIES
Peter Coffey

the London Project to cure Blindness was launched by Prof Pete 
coffey at the ucL institute of ophthalmology in June 2007, and 
aims to make the most of human embryonic stem cells to prevent 
blindness and restore sight in patients with Age-related macular 
degeneration (Amd). our goal is to replace cells essential for 
“seeing” lost by disease at the back of the eye.  we aim to repair 
and regenerate the aged diseased eye using human embryonic 
stem cells which have been transformed into the cells affected in 
Amd: the support cells for the photoreceptors (retinal pigment 
epithelium) and the photoreceptors. the cells will be surgically 
implanted into a clinical population of Amd patients.

PLenArY session 3: ceLLuLAr tHerAPY 
in soLid orgAn trAnsPLAntAtion And 
tissue engineering

FridAY, APriL 25 • time: 08:45 – 10:15 
Amphithéâtre Bordeaux

Co-Chairs: Luc Sensebé & Mauro Krampera

one of the most important challenges in solid organ 
transplantation and allogeneic cell-based tissue engineering 
is represented by the risk of immune alloreactions and graft 
rejection. immunosuppressive agent administration has 
significantly improved the survival of transplanted patients, 
but it is not effective in all cases, needs to be ceaseless 
and, consequently, leads to a significant risk of secondary 
infections and cancer. several cellular therapy approaches 
have been investigated to overcome this problem. Among 
them, mesenchymal stromal cells (mscs) represent a 
promising candidate for supportive and immune modulatory 
therapy in allogeneic transplantation. in fact, they are 
capable of regulating in vitro and in vivo the functions of a 
large number of innate and adaptive immune effector cells, 
through different mechanisms mainly based on the release, 
specifically triggered by inflammatory stimuli, of trophic and 
immunologically active soluble factors. this Plenary session 
will deal with the main issues of this approach.

REGULAtORy t CELLS IN tRANSPLANtAtION – 
FROM MECHANISMS tO MEDICINE
Kathryn Wood 

strategies for the induction of specific unresponsiveness 
to donor alloantigens currently under investigation in the 
clinic take advantage of two of the major mechanisms for 
the induction of tolerance to self antigens – deletion and 



AcAdemic ProgrAm

30

immunoregulation/suppression. 

After exposure to alloantigen in vivo and in vitro, alloantigen 
reactive immunoregulatory activity is enriched in a population 
of mouse cd4+ t cells that express high levels of cd25, the α 
chain of the interleukin-2 receptor, and the transcription factor 
Foxp3. in vivo, common mechanisms underpin the activity of 
cd25+cd4+ treg in both naive and manipulated adult hosts. 
we have also demonstrated that human regulatory t cells 
expanded ex vivo can protect human allografts (skin, islet and 
vessels) from rejection. 

the identification and characterisation of treg that can 
control immune responsiveness to alloantigens has opened 
up exciting opportunities for new therapies in transplantation. 

CHALLENGES AND OPPORtUNItIES IN ORGAN 
REGENERAtION
Harald Ott

regenerative medicine holds the promise to provide patient 
specific tissue and organ grafts to repair, augment, and 
replace failing tissues and organs, and thereby improve the 
lives of patients suffering from end-organ failure. this talk will 
summarize the current state of the art, and give an outlook 
onto future challenges and opportunities in translation.

tHE ONE StUDy
Edward Geissler

conditioning the immune response of transplant recipients 
towards allograft acceptance using cell-based therapies is 
now becoming technically feasible and clinically promising. 
there are various alternative tolerance-promoting cell types, 
including regulatory t cells, macrophages and dendritic 
cells, which are approaching a state of development 
that would allow them to be safely trialled in early-stage 
clinical studies. the central focus of the one study is to 
produce distinct populations of haematopoietic regulatory 
cells and comparatively test their safety and efficacy in 
minimising pharmacological immunosuppression in organ 
transplantation. innovative methods of standardized immune 
monitoring for cross-comparison of the cell therapy trials have 
been developed and can be adopted for use in other tolerance 
promoting studies in organ transplantation.

PLenArY session 4: stAte oF tHe industrY: 
PAst, Present And Future deveLoPment

FridAY, APriL 25 • time: 13:45 – 15:15 
Amphithéâtre Bordeaux

Co-Chairs: Claudia Zylberberg & Susan Solomon

the field of stem cell biology and therapeutics has 
mushroomed and diversified over the past few decades. this 
growth has been fueled in part by the burgeoning science 

knowledge base and by the successes of a few select groups 
in launching cell therapy products. while still developing 
as a field, current cutting-edge cell therapy initiatives give 
us a glimpse of what the future of cellular therapies may 
look like. collaborations between pharma, biotech, non-
profits, and academia are likely to play an increased role 
in the development of new and effective cell therapies and 
standardization initiatives. given the wealth of ingenuity 
and innovation in the field, coupled with a rapidly increasing 
knowledge base and the increasingly rational approaches 
to business models, efficient trial design and strategic 
reimbursement approaches, it seems only a matter of time 
until a myriad of clinically effective and cost-efficient cellular 
therapies positively affect the practice of medicine.

UPDAtE ON tHE INDUStRy – CHALLENGES AND 
PROGRESS
Geoff MacKay

the cell therapy / regen med field has advanced steadily of 
the last few years. whether measured by development activity, 
investment or strategic involvement, our field is now ready for 
prime time. Both this exciting progress as well as perceived 
existing challenges will be reviewed. what has emerged is 
exciting technologies within companies led by more seasoned 
management teams. clearly not all of the hundreds of mid-
stage clinical trials will lead to approved medicines, but if 
even a minority reach patients, health care delivery will be 
transformed.

CELL tHERAPy: WHAt WILL BE DIFFERENt NExt 
tIME
Matthew Durdy

the early pioneers of regenerative medicine like geron, 
dendreon and organogenesis taught us more than we realise 
about what works and what doesn’t in cell therapy today, such 
as: process improvements if not committed to early may 
be locked out; that cell therapies should not expect special 
treatment; and, more positively, that cell therapy products can 
be sold.

today’s cell therapy world is very rapidly changing. Products 
in development are highly heterogeneous, some pursuing the 
“clinical efficacy will overcome anything” approach and others 
seeing a future of competition and cost consciousness. the 
awakening of the pharmaceutical giants, to both the potential 
of cell therapy and the advances of their competitors, heralds 
a new era of investment into the sector. 

this new era will be marked by a disciplined return to 
reimbursement led product design, process improvement and 
capital efficiency which will lead to increased collaboration. 
From this will emerge new and old business models which 
lead the way to profitability for the sector. 
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SEVEN DECADES AND COUNtING: tHE PASt, 
PRESENt, AND BRIGHt FUtURE OF CELL tHERAPIES
Stewart Abbot

the concept of treating disease using cellular therapies is not 
new, however recent progress in the field has considerably 
expanded the scope of potential disorders that could be 
effective treated, or potentially cured, using cellular therapies. 
the presentation will review key milestones in the field, 
lessons learned from the progress to date and will look ahead 
to the exciting new technologies and therapeutic candidates 
that are likely to impact the practice of medicine in the next 
two decades.

PLenArY session 5: cArdiovAscuLAr 
diseAses on tHe mend: strAtegic 
integrAtion in stem ceLL tHerAPY

sAturdAY, APriL 26 • time: 08:45 – 10:15 
Amphithéâtre Bordeaux

Chair: Warren Sherman

Plenary session 5, “cardiovascular diseases on the mend: 
strategic integration in stem cell therapy” will present data 
from translational and clinical studies that form the bases for 
contemporary thought on the most promising avenues for 
cardiovascular repair and regeneration. Formal presentations 
will be directed to specific stem cell and cell-enabling strategies. 
Following this, speakers and panelists who are among the 
most active in driving the field will engage in a moderated 
discussion designed to highlight the significant gains made 
thus far and the pathways envisioned as necessary for clinical 
application. it is intended that a short-list of key biologics, 
including molecular, gene, cellular and tissue products in 
clinical study of peripheral vascular, acute and chronic cardiac 
diseases will be incorporated into the discussion and that the 
financial and regulatory considerations which have emerged 
over the last year will be addressed.

tISSUE ENGINEERING FOR CARDIAC REGENERAtIVE 
MEDICINE – StRAtEGIC INtEGRAtION tO GEt 
CLOSER tO tHE CLINIC
Patrick C.H. Hsieh

cell therapy is a promising approach for cardiac repair and 
regeneration. However, recent clinical trials using direct 
injection of bone marrow cells to patients with myocardial 
infarction have failed to provide therapeutic effects. Key 
factors for achieving cardiac benefits include the engraftment 
of cells, the durability of the microenvironment and the 
formation of new cardiac tissues. Accordingly, we carried out 
experiments to test if intramyocardial injection of hydrogels 
combined with cells or proangiogenic factor may create 
a favorable microenvironment to improve post-infarction 
neovascularization and myogenesis in rodents and pigs. 

our data showed that when injected with hydrogels, protein 
or cell delivery was sustained within the myocardium, 
improving neovascularization and cardiac performance. 
strikingly, the engineered vascular niche further attracted 
endogenous stem/progenitor cells to home to the injected 
sites for cardiomyocyte regeneration, demonstrating a new 
integrated strategy for cardiac repair and regeneration with 
great potential for future clinical translation.

StEM CELLS FOR tHE tREAtMENt OF HEARt 
FAILURE: WHAt IS StILL MISSING FOR A PRIME  
tIME USE?
Philippe Menasché

despite encouraging experimental results, clinical trials of 
stem cells in heart failure patients have still only yielded 
marginal benefits. these outcomes unlikely reflect the intrinsic 
inefficacy of stem cells which have been tested so far but rather 
their suboptimal utilization. it seems that to make this therapy 
a prime time option, at least three conditions still need to 
be met. First, it is critical to get a more precise mechanistic 
insight, i.e., determine whether the grafted cells generate a 
neo-myocardial tissue or act by harnessing endogenous repair 
pathways; this understanding can impact the choice of the 
cells although there is increasing evidence that regardless 
of the mechanism of action, cells intrinsically committed to 
a cardiac lineage or engineered to acquire it seem to be the 
most functionally effective. second, it is critical to optimize 
cell transfer to ensure that the cells will reside long enough 
in the target tissue to exert their effects, whichever they are; 
depending on whether cells are delivered percutaneously 
by a catheter or surgically, the strategies to enhance early 
retention may include enhancement of biologic homing 
signals, development of new catheters and combination of 
cells with biomaterials; importantly, early retention should be 
distinguished from long-term survival which may be less critical 
than initially thought if the host-associated repair mechanisms, 
once activated by the grafted cells, can remain operational 
by their own in a sustained fashion. the third requirement 
pertains to clinical translatability. this requires that the above 
mentioned processes be developed in light of manufacturing, 
quality control and release criteria settings that may comply 
with the stringent regulations surrounding the so-called 
AtmP (Advanced therapy medicinal Products). Furthermore, 
this development plan should also fit an economically 
viable business model. if these different measures can be 
successfully implemented, then stem cells could be moved to 
a prime time setting through their integration in the clinical 
armamentarium of therapies offered to heart failure patients 
who have exhausted conventional treatments. 

OPtIMIZING BIOLOGICAL RECOVERy OF tHE HEARt
Amit Patel

cell therapy for heart disease has been a clinical reality for over 
a decade, yet we are far from being successful. regenerative 
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therapies for myocardial recovery require a multi-faceted 
approach of cells, tissues, inflammation, energetics and the 
extracellular matrix.

PLenArY session 6: immunotHerAPY in 
mALignAncies And inFectious diseAses 

sAturdAY, APriL 26 • time: 15:00 – 16:30 
Amphithéâtre Bordeaux

Co-Chairs: Helen Heslop & Martin Hildebrandt

the isct 2014 Annual meeting provides us with an opportunity 
to review the current status and perspectives of cell-based 
immunotherapy. this comes at a time when the promise 
of extensive pre-clinical research has been translated into 
encouraging clinical responses with several immunotherapy 
strategies. However, some of the most impressive clinical 
responses have also been complicated by significant 
adverse reactions. As the field moves towards definitive late 
stage trials, with a growing interest from pharmaceutical 
companies, it is a timely moment to reflect on the risks and 
benefits inherent in studies with complex biological products. 
Karl Peggs, London, will review the current status of pathogen-
specific adoptive t cell therapies which have now progressed 
to definitive licensing studies. Lutz uharek, Berlin, will 
summarize the history and current status of redirected t- and 
nK-cells targeting tumors. catherine Bollard, washington, will 
focus on anti-tumor t cell therapies generated by stimulation 
with virus or tumor antigens.

CELLULAR tHERAPy FOR CytOMEGALOVIRUS - 
CHASING tHE RAINBOW
Karl Peggs

Proof of therapeutic concept for the ability of adoptively 
transferred pathogen-specific t cells to hasten reconstitution 
of protective immunity in humans was demonstrated over 
20 years ago. However, early strategies for generation of a 
therapeutic product were not well suited to large scale clinical 
translation, and the goal of achieving a standard of care with 
such approaches remained a distant dream. refinements in 
culture conditions and the development of more sophisticated 
strategies allowing direct selection of pathogen-specific t 
cells have advanced the field, but serial single-arm phase 
i-ii studies have failed to convince the sceptics. we are now, 
however, in a position to design and deliver randomized trials 
to provide evidence for both immunologic and therapeutic 

benefit. we will present some of these initial data in the 
context of the historical development of such therapies, 
hopefully convincing all that we are now very close to the 
elusive end of the rainbow.

t-CELL tHERAPIES FOR HEMAtOLOGIC 
MALIGNANCIES: UtILIZING A NON-GENE tRANSFER 
APPROACH
Catherine Bollard

while Hsct has increased survival significantly for patients 
who have moderate risk disease and achieve a complete 
remission prior to Hsct, those with persistent disease 
continue to experience a dismal prognosis despite Hsct. 
thus, novel therapies are critical for patients with high-risk 
leukemia or lymphoma with relapsed or refractory disease. in 
this presentation we will discuss the use of antigen specific 
t-cells for eBv associated lymphomas that developed in the 
immune competent as well as the immune deficient host 
and strategies for extending the applicability of this approach 
for patients with eBv negative lymphoams as well as acute 
leukemias.

CLINICAL APPLICAtION OF t AND NK CELL 
BASED APPROACHES FOR tHE tREAtMENt OF 
MALIGNANCIES
Lutz Uharek

cell therapy has emerged as a rapidly growing field with 
an enormous impact on future medical developments in 
oncology. Having its origins rooted in hematopoietic stem 
cell transplantation (sct), various t and nK cell based 
approaches were developed and tested in clinical trials. After 
the relevance of Kir genes for nK activity against mHc-
mismatched tumor cells has been discovered, allogeneic 
nK cells have been applied in different settings. it is now 
clear that the transfer of high numbers of HLA-mismatched 
nK cells is feasible and that Kirs might have an impact on 
leukemia control but there is still no major breakthrough 
visible. in contrast to nK cells, transfer of donor t cells has 
become routine treatment for patients relapsing after sct. 
the use of specific t cell subsets and rescue mechanisms 
to control side effects and to improve specificity is currently 
under investigation. most impact, however, will now derive 
from genetically modified cAr or tcr transduced t and nK 
cells. Although on- and off-target toxicities have to be carefully 
evaluated, their use could revolutionise tumor medicine.
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Policy Forum Session Description

tHe reguLAtion oF cLinicAL reseArcH

sAturdAY, APriL 26 • time: 10:45 – 11:45 
Amphithéâtre Bordeaux

Co-Chairs: Joana namorado and Emily Culme-Seymour

with a focus on eu regulations in clinical research (i.e. 
AtmP, clinical trials and animal research), we intend to 
strike a balance between the goals of the eu treaty, especially 

the eu market, and the care for the intended beneficiaries 
of therapeutic innovation, the european citizens. with 
numerous ethical considerations, competing national 
interests and varying constitutional priorities and economic 
expectations, it is of major importance to receive input from 
the european political leaders and visionaries regarding how 
best to proceed within our field. we see this forum as an 
opportunity to draft the perspective of how europe will provide 
a unified framework for research, economic exploitation and, 
most importantly, better care for eu citizens.

Quality and Operations Track Session Descriptions

QuALitY And oPerAtions trAcK 1: 
cord BLood inFusions: current 
goLd stAndArds in PrePAring And 
testing oF cord BLood Products For 
trAnsPLAntAtion

tHursdAY, APriL 24 • time: 07:30 – 08:30 
Room 351

Chair: Vicki Antonenas

Although there are several publications on the optimum 
method for cB collection and processing before 
cryopreservation, there is no consistent or best methodology 
for the transplant centre to follow in the handling and 
treating of the cB units after thaw in preparation for infusion. 
transplant centres are using cord blood units that have 
been processed and stored by many cB banks with a variety 
of methods. transplant centres must be able to be familiar 
with the receipt, testing of the frozen cB units, and be 
aware with the few procedures available for safe cB infusion 
including the thaw and dilution method and the thaw and 
wash method. in all cases, it is important the lab staff are 
well trained with the preparation of cB units for safe infusion 
and minimum cell loss. this session will provide the best and 
safe practice for the receipt, testing and preparation of frozen 
unrelated cB units for infusion. in particular to address the 
serious issues involved with the usage of the non-red blood 
cell depleted units. the speakers for this session will present 
their own experiences and outcome with their large numbers 
in performing cB transplants. the audience will also get to 
hear from a FAct-netcord Bank point of view on the required 
potency and release criteria used for the distribution of cB 
units for Bmt.

tRANSPLANt LABORAtORy RECEIPt, tEStING 
AND tHAWING OF UNRELAtED CB UNItS: 
RECOMMENDAtIONS tO tRANSPLANt CENtRES IN 
PREPARAtION FOR A CB tRANSPLANt
Vicki Antonenas

• receipt & storage of incoming cord blood units
• Presentation of transplant centre data on tnc and viable 

cd34 counts in cB units compared to cB Banks
• How and why cB units are treated differently in a cell 

processing laboratory before an infusion
• the challenges of washing ucB units

IMPACt OF CORD tHAW MEtHOD ON PROCESSING 
AND CLINICAL OUtCOME: WHy CHOOSING tHE 
RIGHt tHAW MEtHOD COULD SAVE A PAtIENt’S LIFE
Lynn O’Donnell

• review serious adverse reactions reported to nmdP, 
ciBmtr and Bmt ctn that resulted in the deaths of two 
patients

• understand the findings of the nmdP investigation 
these reactions and the registry and FAct/JAcie recom-
mendations to wash all rBc-replete cord blood units

• review one center’s experience with cord thawing and 
the impact of thaw method on processing and patient 
outcomes

• Learn the importance of communication with the cord 
blood bank and the patient’s clinical team to tailor the 
thaw method for each cord and patient

• Learn about isct resources for more information on 
cord blood processing for infusion
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EStIMAtING POtENCy OF CORD BLOOD 
tRANSPLANtS: CURRENt StANDARDS AND 
CHALLENGES
Teja Falk Radke

• tnc-enumeration with automated hematology analyz-
ers: wBc, woc and wic

• influence of gating strategy and antibodies on enumera-
tion of cd34-positive cell 

• influence of seeding density on colony-forming unit as-
says 

• Potential improvements: single-platform enumera-
tion and Annexin v-staining of apoptotic cells 

• Process-related factors affecting potency: cryopreserva-
tion and thawing 

• Prediction of potency from samples: correlation of seg-
ments and aliquots with unit

QuALitY And oPerAtions trAcK 2: BencH 
to Bedside: mscs For Ards

tHursdAY, APriL 24 • time: 13:45 – 15:15 
Room 351

Chair: Lizette Caballero

this session describes the development of mesenchymal cell-
based therapy for the acute respiratory distress syndrome, 
a condition of hospitalized patients with a mortality rate of 
30-40%. clinician-researchers with expertise in the clinical 
condition, pathologists with expertise in laboratory medicine 
and cgmP production including regulation, and clinical bone 
marrow transplant laboratory personnel with expertise with 
cell-based therapy clinical trials have worked collaboratively 
to overcome potential barriers to translation of pre-clinical 
studies to the bedside. stakeholders from each group will 
describe their role as well as challenges faced and solutions 
developed during this process.

MSCS FOR ARDS: tHE BONE MARROW tRANSPLANt 
LABORAtORy PERSPECtIVE
Lizette Caballero

• to describe challenges and solutions encountered dur-
ing the implementation of a Phase 1/2 trial of cell-based 
therapy in critically ill hospitalized patients for a clinical 
bone marrow transplant laboratory

• to describe the oversight process for a multi-site cell-
based therapy for a clinical trial from the clinical bone 
marrow transplant laboratory perspective 

MSCS FOR ACUtE LUNG INjURy: tHE 
MANUFACtURING CENtER’S PERSPECtIVE
David McKenna, Jr.

• describe clinical laboratory support of pre-clinical studies 
of mscs in acute lung injury (ALi). 

• discuss approach to manufacturing of mscs for the 
clinical trial in ALi. 

• review testing of mscs, including an early phase potency 
assay.

BENCH tO BEDSIDE: MSCS FOR ARDS
Luiz A. Ortiz

• review rational for use of mscs in Ards 
• Present Preclinical data 
• report on experience conducting Phase 1 clinical trial of 

mscs for Ards 
• discuss challenges facing us for Phase 2 testing 
• Highlight importance of partnership with PAct program 

and Bmt laboratory in carrying out clinical trials involv-
ing cell-based therapies

QuALitY And oPerAtions trAcK 3: 
AnciLLArY mAteriALs 

tHursdAY, APriL 24 • time: 15:30 – 17:00 
Room 351

Co-Chairs: Jennifer Solomon & Lynn Csontos

continued growth in the cell therapy industry and 
commercialization of cell therapies that successfully advance 
through clinical trials has led to increased scrutiny on the 
materials utilized in their manufacture. Ancillary materials 
(Ams) are components or reagents used during the 
manufacture of cell therapy products but are not intended 
to be part of the final products. the importance of Ams in 
the production of cell therapies is often underestimated. 
consequently, limitations in the applicability of research-grade 
reagents used as Ams are often not considered early enough 
in the development process. the current absence of specific 
worldwide Am regulations governing the composition, 
classification, and naming of Ams, further confuses suppliers 
and users in this field. Here, we plan to generate discussion 
around the characterization, qualification, and final selection 
of Ams used in cell therapies to help guide strategies for Am 
use and facilitate the development and commercialization of 
cell therapies globally.

Panelists:

• claudia zylberberg, PhD, Akron Biotech, US

• ian mcniece, PhD, MD Anderson Cancer Center, US

• Jennifer solomon, PhD, STEMCELL Technologies, Inc., CA 

• Lynn csontos, BSc, STEMCELL Technologies, Inc. CA
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QuALitY And oPerAtions trAcK 4: 
trAnsPort, imPort And eXPort oF ceLL 
tHerAPY Products

FridAY, APriL 25 • time: 07:30 – 08:30 
Room 351

Chair: Olive Sturtevant

regardless of a labs size or level of complexity, basic knowledge 
of importation and exportation of biologic products across 
international borders is required to ensure regulatory 
compliance and product quality during transportation. 
every laboratory that stores autologous products or uses 
biological material may be faced with having to either export 
or import biological material across international borders 
this presentation will provide information on the regulations, 
where to find information, what resources are available and 
provide examples of what can go wrong based on lessons 
learned the hard way.

tHE ABCS OF IMPORtING AND ExPORtING 
BIOLOGICS ACROSS INtERNAtIONAL BORDERS
Olive Sturtevant

• to outline the basic regulations and knowledge require-
ments to remain compliant with us laws 

• to define key attributes important when selecting a cou-
rier and a broker 

• to identify potential risks and how one might mitigate 
their impact 

IMPORt AND ExPORt CHALLENGES – NMDP’S 
PERSPECtIVE AND ExPERIENCE
Katherine St. Martin

• nmdP’s experience Facilitating international import & 
export 

• important us rulings 
• us import: country of origin, classification, valuation 
• us export: different valuation rules 
• Lessons Learned

StARtING MAtERIAL SUPPLy CHAIN DEVELOPMENt 
FOR AtIR, A PAtIENt-SPECIFIC IMMUNE tHERAPy 
PRODUCt
Liesbeth De Jong

• description of Atir, a patient-specific conjunctive 
therapy to haplo-identical hematopoietic stem cell trans-
plantation 

• timeline and inter-dependence of Atir manufacturing 
and hematopoietic stem cell transplantation 

• Brief description of the Atir manufacturing process 
• starting materials: collection, shelf life and use 
• geographical distance between manufacturer and clini-

cal site should support optimal starting material quality: 

choice must be data-driven 
• starting material supply chain development should 

involve all stake holders 
• current clinical study logistics and supply chain are tai-

lored to ensure standardization of collection and trans-
port, and to maintain optimal starting material quality 

• Future considerations 

QuALitY And oPerAtions trAcK 5: 
mAnAgement oF Your AsePtic Processing 
environment

FridAY, APriL 25 • time: 08:45 – 10:15 
Room 351

Chair: Varda Deutsch

in this session results of the isct Facility sanitization survey 
that was performed in 2010 by the LPc lead by Andrew Havens 
will be presented by the LPc chair Karen snow, massachusetts 
general Hospital Boston, mA usA. she will discuss what 
have we learned from the new survey and what might be 
recommended? topics covered in the survey were types of 
laboratories and products, soPs, documentation of cleaning 
procedures and environmental monitoring and inspections 
as well as equipment, sterile garb, types of cleaning reagents 
and their use. the second presentation will cover Qualification 
of cleanrooms and environmental monitoring” by dr. doris 
Hermann from gmP-unlimited.de, Kaiserslautern, germany. 
she will present the practical implementation of regulatory 
aspects testing frequency and documentation for em as well 
as for the annual qualification of the facility and installations. 
she will also discuss the consequences for the release of 
products and to handle deviations from the acceptance 
criteria from environmental monitoring and qualification 
of cleanrooms. the third presentation, management of an 
aseptic processing environment will be discussed by nicole 
Frisch, dept of medicine at tumcells- technical university of 
munich, germany. she will deliver to the cleanroom user a 
practical way to implement a good running facility sanitation 
with several examples from her our own cleanroom. 
Additionally, aspects for choosing suitable equipment for 
your cleanroom and performing the right procedure you need 
will be covered as well as a review of the rules from the eu 
gmP guidelines (Annex 1). 

HOW EFFECtIVE IS yOUR CLEANING AND 
SANItIZAtION PROCESS: A REVIEW OF CURRENt 
PRACtICES
Karen Snow

this session will address sanitization practices and 
environmental monitoring in different classes of processing 
laboratories based on the isct Facility sanitization survey 
distributed in 2010.  
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• review cleaning and sanitization practices utilized by 
survey participants

• investigate how regulatory and accreditation require-
ments influence cleaning and sanitization practices

• Highlight the needs of processing laboratories for 
standardization in cleaning and sanitization across the 
industry

QUALIFICAtION OF CLEANROOMS AND 
ENVIRONMENtAL MENtORING – PRACtICAL 
APPROACHES IN EUROPE
Doris Hermann

• during manufacturing of cellular therapeutics “routine 
monitoring” of particles and germs should ensure the 
constant suitability of the cleanroom facilities and the 
hygienic appropriate-ness of the personnel. it should 
be demonstrated that there is no risk of contamination 
origi-nating from the premises and personnel for the 
products. 

• this speech will focus on the practical implementation 
of given regulatory aspects regarding particle counts, air 
borne germs, microbiological controls of surfaces, and 
personal including methods, warning and action limits, 
testing frequency and documentation for em as well as 
for the annual qualification of the facility and installa-
tions. 

PLANNING AND IMPLEMENtAtION OF FACILIty 
SANItAtION IN CLEANROOMS
Nicole Frisch

there are different reasons when you have to think about your 
facility sanitation: 

• at the moment when a new cleanroom is under  
construction 

• when your hygiene monitoring shows too much germs 
• if your cleaning company or your equipment has to 

change 
this speech will show the cleanroom user a practical way how 
to implement a good running facility sanitation with a lots of 
examples from our own cleanroom. 

the rules of the eu gmP guideline (Annex 1) are enclosed. 
implemented in the presentation are aspects for: 

• choosing the right company 
• to find the suitable equipment for your cleanroom 
• perform the right procedure you need 

QuALitY And oPerAtions trAcK 6: BAcK 
to tHe Future: tHe resurgence oF Bone 
mArrow

FridAY, APriL 25 • time: 10:45 – 12:15 
Room 351

Chair: Karen Snow

Bone marrow has been utilized for hematopoietic cell 
transplantation for more than 40 years. there has been a 
recent upsurge in requests for bone marrow as the source 
of hematopoietic cells. this session will address strategies 
to optimize transplant outcomes, while minimizing donor 
risks, examine product specifications, acceptance criteria, 
infusion reactions and processing methods including red cell 
reduction. what has changed and what is new including a 
recent twist of marrow collected from mobilized donors. 

HPC-A VS HPC-M tRANSPLANtAtION: PASt 
LESSONS AND FUtURE DIRECtION
Thomas Spitzer

• early studies showed faster hematologic recovery and 
improved disease-free survival with no apparent increase 
in acute gvHd with HPc-A transplants, compared to 
transplants using bone marrow (HPc-m). 

• subsequent experience and longer follow up of patients 
in earlier trials, confirmed by a recent multicenter ctn 
randomized trial comparing unrelated donor HPc-A to 
HPc-m transplantation, have shown comparable surviv-
als with significantly more chronic gvHd in recipients of 
HPc-A. 

• Future efforts should focus on 1.reducing chronic gvHd 
after HPc-A transplantation and 2. improving the ef-
ficiency of bone marrow harvests for HPc-m transplanta-
tion.

BONE MARROW PROCESSING CHALLENGES AND 
PRODUCt SPECIFICAtIONS
Janice Davis-Sproul

• review rBc and plasma reduction practices for bone 
marrow processing 

• discuss infusion reactions related to rBc doses 
• review Product specifications and Acceptance criteria 
• describe calculations to ‘correct’ the nucleated cell dose 

tHE PROCESSING OF StEM CELL CONCENtRAtES 
FROM tHE BONE MARROW IN ABO-INCOMPAtIBLE 
tRANSPLANtS: HOW AND WHEN
Francesco Zinno

• in order to major ABo incompatibility, anti-red blood cell 
antibodies in recipients or red blood cells from the donor 
marrow are generally removed prior to the bone marrow 
infusion. 



37www.isct2014.com

• we can say that early attempts to process bone marrow 
used manual techniques. 

• the techniques using density gradient reagents can be 
associated with potential cell injury. 

• Physical methods of cell separation include sedimenta-
tion, centrifugation and automated devices and counter-
flow centrifugal elutriation. 

• Automated separation techniques are currently avail-
able and produce bone marrow fractions with minimal 
content of rBc and plasma contamination while preserv-
ing a high percentage of pre-processed mononuclear and 
cd34+ cells.

QuALitY And oPerAtions trAcK 7: 
internAtionAL cLinicAL triALs And Pic/s 
gmPs: new cHALLenges And mitigAtion 
APProAcHes

FridAY, APriL 25 • time: 13:45 – 15:15 
Room 351

Chair: Marieta Chan

this session focus on the “global” Pic/s gmP regulation and 
aims to address where the gaps between Pic/s and FdA or 
other gmPs are. it showcases the challenges that currently 
face production of tissue and cellular products pertaining to 
international clinical trials and international accreditation. 
it also explores effective approaches to mitigate these 
challenges. dr Fewzi tesKrAt will start the session with the 
aim to heighten awareness of illegal and fraudulent practices 
through a series of case studies of how the incidents 
were detected, managed and communicated. dr olive 
sturtevAnt will focus on the dilemma of international 
clinical trial designers in terms of using a central site versus 
multi-sites of the clinical delivery and / or manufacturing. the 
unique challenges of us sites needing to export products to 
the eu will be highlighted. mr choon wee goH will conclude 
the session featuring on local experiences from singapore in 
gmP experiences. this presentation highlights the regulatory 
framework for cellular products in singapore, the inspection 
standard and process for gmP certification as well as some 
examples of deficiencies encountered.

REACtIONS ON ILLEGAL AND FRAUDULENt 
ACtIVItIES ON tISSUES AND CELLS PRODUCtS
Fewzi Teskrat

• the aim of the presentation is to raise awareness among 
the stakeholders about illegal and fraudulent activities on 
tissues and cells and how to combat it. 

• the lecture will be supported by true cases occurred 
during the previous year and how the cases have been 
detected, managed and communicated.

MANUFACtURING CELLULAR PRODUCtS FOR 
INtERNAtIONAL CLINICAL tRIALS
Olive Sturtevant

sponsors of clinical trials for rare diseases and for the 
manufacturing of novel cell therapy products have a common 
dilemma; use of one or multi sites the clinical delivery and 
/ or manufacturing sites. these challenges are not unique 
to academic sponsors, but the resources, infrastructure and 
mission are a limiting factor when compared to industry. 
either way, there are unique challenges especially for us 
sites needing to export products to the eu. this presentation 
will review some of the challenges such as; meeting the eu 
APi guidelines, shipping products internationally, obtaining 
outcome data, etc.

objectives:

• to provide an overview of the APi regulations and areas 
that may be challenging for us academic institutions’

• to identify challenges in exporting products to eu countries
• discuss the use of new tools to share and capture  

important information

GMP INSPECtION OF HUMAN CELL AND tISSUE-
BASED tHERAPEUtIC PRODUCtS IN SINGAPORE
Goh Choon Wee

the manufacture of human cell and tissue-based therapeutic 
(ctt) products could only be more, if not equally challenging 
than conventional medicinal products, due to the nature of 
the material, processes and products. thus, compliance with 
gmP standard is important so as to ensure the ctt products 
produced meet the requirements of marketing Authorization 
or clinical trial Authorization. this presentation intends to 
share about 

• regulatory framework for ctt products in singapore 
• inspection standard and process for gmP certification 

inspections 
• examples of deficiencies and sharing of view and  

experiences 

QuALitY And oPerAtions trAcK 8: 
stABiLitY ProgrAms For ceLL tHerAPY 
Products

FridAY, APriL 25 • time: 15:30 – 17:00 
Room 351

Chair: Aisha Khan

this session will present the process for establishing and 
addressing the critical role and impact of stability/shelf-life of the 
cellular therapy products for regenerative medicine. session will 
highlight the needs, requirements, limitations and methodology 
used for assessing stability of different type of cells.
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BEyOND GENEtIC StABILIty OF MESENCHyMAL 
StEM/StROMAL CELLS
Luc Sensebé

A major debate is related to safety and risk of transformation 
of mscs during ex vivo expansion. Although transformation 
is likely an extremely uncommon event, some genetic 
abnormalities could appear during culture. consequently, 
from a regulatory point of view, we need to develop processes 
avoiding such transformation and implement controls to 
avoid the risk of transformation 

during the presentation we will: 

• reviewing the main published literature 
• Presenting regulatory accepted controls
• giving insights for pathways to new more relevant controls

StABILIty PROGRAM FOR UMBILICAL CORD BLOOD 
MANUFACtURING: CONCEPt, DEVELOPMENt AND 
OUtCOMES
Aleksandar Babic

• identify the role of stability program in processing of 
umbilical cord Blood for transplantation 

• recognize key steps in stability-protocol development 
• Formulate assays and methods to be utilized in estab-

lishment of expiration dating 
• describe impact of umbilical cord Blood storage on 

product therapeutic efficacy 

StABILIty PROGRAM FOR VIRUS SPECIFIC CtLS
Carolyn Keever-Taylor

• describe requirements to establish stability of biological 
components for single and multi-virus specific ctL line 
generation 

• describe requirements to establish stability of cryopre-
served individual biological components for line genera-
tion over a 5 year period 

• describe stability of the cryopreserved ctL lines over a 5 
year period 

QuALitY And oPerAtions trAcK 9:  
isct BeAcon suite oF nAvigAtionAL 
tooLs And QuALitY & oPerAtions 
networKing session

sAturdAY, APriL 26 • time: 07:30 – 08:30 
Room 351

Chair: Brian Poole

in november 2013, isct re-launched the BeAconsm Suite 
of Navigational Tools, expanding on the original cell therapy 
Bioprocessing tools and reagents database to include 
an image Bank and a regulatory, Quality and operations 

Knowledge bank. designed by isct members, for isct 
members, BeAcon is an exclusive online resource for 
members to share experiences, learn from their peers and 
discover new tools. this workshop will feature presentations 
from both technologist and regulatory perspectives to 
familiarize participants with the content and application of 
the database.

Following the short presentations, networking roundtables 
will provide an opportunity to meet other professionals in your 
area of expertise and explore the needs and opportunities of 
specific stakeholder groups, focusing on how BeAcon and 
isct in general can meet your needs.

the networking groups will focus on:

• european technologists (Nicole Frisch)
• north American technologists (Karl Stasko)
• regulatory Professionals (Deborah Griffin)

ISCt BEACON IMAGE BANK: tHE BIG PICtURE
Karl Stasko

• understand how the vision of the isct BeAcon image 
Bank came to fruition 

• discover how the isct BeAcon image Bank can work 
for you 

• Learn how to navigate the image database with ease 

ExPANDING HORIZONS: LEGAL AND REGULAtORy 
RESOURCES IN BEACON
Deborah Griffin

• understand the organization and content of the regula-
tory section of isct BeAcon

• Learn how we need your contributions to the database
• Learn how to upload your documents

Networking Facilitator: Nicole Frisch

QuALitY And oPerAtions trAcK 10: 
stAndArdizAtion oF FLow cYtometric 
AssAYs For ceLLuLAr tHerAPY

sAturdAY, APriL 26 • time: 08:45 – 10:15 
Room 351

Chair: Fouad Atouf

Flow cytometry approaches provides important tools for the 
characterization and release of cell therapy products. this 
session will focus on specific applications of flow cytometry 
such as enumeration and the type of standards that can 
be used in this context. speakers from industry, regulatory 
and standards-setting organizations will address some 
of the challenges and opportunities that are associated 
with standardization of flow cytometry approaches for the 
enumeration of products such as cd34+ cells.
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CD34 NUMERAtION tHROUGH tHE FRENCH 
ExtERNAL QUALIty CONtROL AND tHE EUROPEAN 
PHARMACOPOIEA CELL tHERAPy PRODUCt 
WORKING GROUP
Beatrice Panterne

• general presentation of the Ansm and european Phar-
macopoiea (eP) missions in the field of ctP 

• implementation of the French external quality control for 
ctP 

• cd34 numeration: technical validation and standardiza-
tion (examples of the external control and of the cord 
blood multicenter study)

• development of a technical chapter (2.7.23) through the 
ctP group at the eP 

• conclusion and Perspectives 

LyOPHILISED CELL CONtROLS FOR CLINICAL FLOW 
CytOMEtRy
Richard Stebbings

• introduction to niBsc and international reference stan-
dards 

• results of collaborative study to evaluate a lyophilised 
cd4+ cell counting control 

• variability and sources of uncertainty 
• Proposal to produce a lyophilised cd34+ cell counting 

control 
• organisation of a collaborative study and participant 

invitation

tRI-VIRUS-SPECIFIC t CELLS ISOLAtED WItH tHE 
CLINICMACS PRODIGy CCS-IFN SyStEM: QUALIty 
DEVELOPMENt OF AN AtMP
Hermann Bohnenkamp

• opportunistic, especially viral infections are a frequent 
cause of morbidity and mortality in post-transplantation 
patients. For the viral infections chosen as indications 
for the cellular product—Adv, eBv and cmv—, historic 
results reveal an often dismal perspective for post-trans-
plantation patients. 

• the advanced therapy medicinal product that is used for 
the treatment of these viral infections consists of natu-
rally occurring tri-virus-specific cd4+ and cd8+ t cells 
which secrete interferon gamma upon encountering their 
respective antigen. 

• the quality development addresses the assessment of 
identity, purity, sterility, potency, alloreactivity, shelf-life 
and phenotypic/genotypic profiles. 

• Additionally, standardization aspects for multicenter 
clinical studies are discussed. 

QuALitY And oPerAtions trAcK 11: 
tecHnoLogY trAnsFer

sAturdAY, APriL 26 • time: 10:45 – 11:45 
Room 351

Chair: Sigalit Ariely-Portnoy

technology transfer (tt) is a foundation for the successful 
transfer and implementation of the technical know-how 
from the client to the development site and eventually to the 
manufacturing organization. it should establish an effective 
communication between the parties, clearly define roles, 
responsibilities, and expectations of the project, and properly 
position future manufacturing efforts.

As defined by the technology transfer society a technology 
transfer is a “Process of developing practical applications 
for the results of scientific research”. during the process, 
the parties establish a complete, accurate and scientific 
understanding of processes, analytical methods, and 
specifications to enable further development. An effective 
technology transfer and process development are crucial if 
cell therapy is to fulfill its great promise.

Although all technology transfers are generally complex, the 
transfer of mammalian cell culture processes is particularly 
challenging when compared to the transfer of a chemical 
manufacturing process. in general, this technical complexity is 
due to the unique characteristics of stem cells, the sensitivity 
of therapeutic products and the complexity in analytics 
defining product quality and process comparability between 
sites. Although each transfer is different, some common rules 
for technology transfers can be formulated in order to drive 
efficiencies and mitigate risks.

in the session, we will discuss the regulatory requirements 
and several success factors from management perspective, 
equipment and process knowledge, risk management 
standpoint, and the integration of these. case studies will 
illustrate tools and examples of the successful mitigation of 
risks, knowledge increase, and process improvements.

A SUCCESSFUL tECHNOLOGy tRANSFER PROCESS
Dorit Harati

• which cmo to choose 
• How to start the process 
• the importance of a quality agreement 
• How to ensure continuous qualification of the cmo’s 

personnel 
• controls to ensure the correct implementation of  

procedures.
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QUALIty CONSIDERAtIONS FOR tECHNOLOGy 
tRANSFER
Christopher Bravery

cellular therapeutics pose some unique issues for technology 
transfer, in particular with respect to demonstrating 
comparability between sites. 

• the scientific principles behind comparability will be 
discussed including the necessity to undertake extended 
characterisation using orthogonal methods and appro-
priate reference materials. 

• issues associated with sourcing starting material for 
autologous products, considerations for allogeneic prod-
ucts with more than one cell bank and considerations on 
how much batch data is required at different stages of 
development. 

• reflecting on some of the issues faced with both au-
tologous and allogeneic products, the pros and cons of 
various solutions to these issues will be discussed.

tHE ESSENCE OF GOOD COMPARABILIty StUDy
Sigalit Ariely-Portnoy

companies often consider the comparability study as time-
consuming step, which create a risk of not meeting deadlines 
but comparability study has become a routine exercise 
throughout the life cycle of cell therapy products. However, it 
is not appropriate to all changes.

According to icH Q5e, a comparability exercise should 
provide analytical evidence that a product has highly similar 
quality attributes before and after manufacturing process 
changes, with no adverse impact on safety or efficacy, 
including immunogenicity.

Product understanding and historical data will help to 
evaluate the impact of the process changes on the quality 
parameters. However, the selection of the analytical methods 
and acceptance criteria that will be applied to demonstrate it 
can be the most difficult exercise.

despite the above, we find many advantages in the 
comparability exercise: it will force everyone to conduct 
a thorough characterization of the product as well as its 
biological function. this study will definitely help cell therapy 
companies to make progress from phase to phase and finally 
receive an approval. 

All these aspects and practical tools for the organization and 
management of such an effort will be discussed in the lecture

QuALitY And oPerAtions trAcK 12: 
mAnAging tHe cAr-t BeFore tHe Horse: A 
ceLL tHerAPY success storY

sAturdAY, APriL 26 • time: 13:15 – 15:45 
Room 351

Chair: Yongping Wang

this session will describe the many behind-the-scenes 
operations and quality assurance aspects of cArt19 trial going 
on at the Hospital of the university of Pennsylvania and the 
children’s Hospital of Philadelphia (cHoP), with a focus on 
cHoP patients. dr. maude will cover the clinical aspects, with 
topics ranging from patient eligibility to the consent process, 
from determining timing of leukapheresis to management of 
cytokine release syndrome. dr. wang will cover the operational 
and logistical details at the cHoP stem cell Laboratory (scL) 
to coordinate the collection, shipping, processing, production 
and infusion of the product, as well as QA measures while 
working with another cgmP lab at Penn, which is the clinical 
cell and vaccine Production Facility (cvPF). dr. Levine will 
detail the operational and QA aspects of t cell engineering and 
production at cvPF, while working with the cHoP scL.

tHE MANy MOVING PIECES OF CARt19 tRIAL 
At CHOP – VIEW FROM tHE CHOP StEM CELL 
LABORAtORy
Yongping Wang

• describe operational logistics in coordinating the cArt19 
trial at the children’s Hospital of Philadelphia (cHoP) 

• describe the layout and workflow at the cHoP stem cell 
Lab, its QA program and those pertaining to cArt19 

• describe the working relationships with another cgmP 
facility (i.e., the clinical cell and vaccine Production Facil-
ity, cvPF) 

CAR-MODIFIED t CELL tHERAPy: HOW DO WE GEt 
tHERE?
Shannon Maude

• Patient selection for cAr cell therapy, timing of leuka-
pheresis

• Patient stabilization, lymphodepleting chemotherapy
• cell therapy infusion, post-infusion monitoring and man-

agement of cytokine release syndrome
• Long-term follow-up and management

QUALIty AND OPERAtIONS FOR GENE MODIFIED 
CELL PRODUCtS IN MULtI-INStItUtIONAL CLINICAL 
tRIALS
Bruce Levine

• Logistics
• operations challenges in manufacturing and testing
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QuALitY And oPerAtions trAcK 13: isBt 
128 LABeLing uPdAte

sAturdAY, APriL 26 • time: 15:00 – 16:30 
Room 351

Chair: Maria-Vittoria gazzola

this session is designed to explain how isBt 128 standard 
offers the most effective way to achieve traceability of cellular 
therapy products transferred across national boundaries. 

it includes presentations on: 

• Flexibility of new terminology and main steps to achieve 
isBt 128 implementation. 

• the single european code (sec) and its compatibility 
with the isBt 128. 

• nmdP multi-phased plan to implement isBt 128 
throughout its network of collection centers 

• three experienced speakers will help participants to un-
derstand key aspects of isBt 128 standard implementa-
tion and will answer questions and share their opinions 
in an open discussion format. 

CHANGING ISBt 128 tERMINOLOGy FOR CELLULAR 
tHERAPy PRODUCtS AND USING ISBt 128 WItH 
tHE SINGLE EUROPEAN CODING SyStEM
Ineke Slaper-Cortenbach

• explain the rationale behind the changes that were made 
to the isBt 128 terminology in 2013

• describe the single european coding system and its 
relationship to isBt 128

ISBt 128: FROM tHE BIG PICtURE tO PRACtICAL ISSUES
Patricia Distler

• explain the role isBt 128 can play in global governance 
of medical products of human origin 

• identify changes to the isBt 128 Product description 
code database resulting from terminology changes and 
the impact of these changes on product labeling

NMDP’S COLLABORAtIVE APPROACH tO ISBt 128 
IMPLEMENtAtION
Mayra Basiri

• Present nmdP’s multi-phased project plan to implement 
isBt 128 throughout its network of collection centers. 

• explain project intent, rationale and value. 
• Provide a high level summary of nmdP’s isBt 128 

implementation Plan. 
• describe project challenges, progress and milestones.

Strategies for Commercialization Track Session Descriptions

strAtegies For commerciALizAtion 
trAcK 1: From concePt to cLinicAL 
entrY: tHe innovAtive cord

tHursdAY, APriL 24 • time: 07:30 – 08:30 
Amphithéâtre Havane

Chair: Timothy Allsopp

this session will showcase novel examples of early stage 
therapeutics development. it will illustrate a diversity of cell 
therapy concepts emanating from both public and private 
sectors, as well as describe some of the challenges faced in 
the maturation pathway from idea to prototype to product. 
the session will benefit both debutants as well as those more 
experienced in the translation of the science into the clinic.

A CASE StUDy OF tRANSLAtIONAL DEVELOPMENt OF 
AFFINIty-ENHANCED t CELL RECEPtOR CELL tHERAPy
Gwendolyn Binder-Scholl

• to educate the audience about the key engineering com-
ponents comprising autologous t cell product express-

ing affinity enhance t cell receptors (e.g. clinicaltrials.gov 
identifier nct01567891) 

• to share the story and key insights from the academic-in-
dustry collaborative development of two tcr-engineered 
t cell products, including the unexpected discovery of 
cross reactivity of one product, and the transition out of 
academia into commercial development for the other. 

• to discuss risk mitigation and strategy planning for early 
phase engineered t cell products

MESENCHyMAL StEM CELL tHERAPy: 
tRANSLAtIONAL StRAtEGIES AND OBStACLES
Frank Barry

mscs isolated from bone marrow and a variety of other 
tissues have been extensively tested in a number of disease 
models. 

Fully allogeneic transplantation of human mscs is tolerated 
in the immunocompetent host and allogeneic therapy has 
been effective in the treatment of graft-versus-hostdisease. 

there are many aspects of the biology of mscs that are poorly 
described and a more exhaustive characterisation is necessary 
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to exploit these cells fully in the context of tissue repair. 

Adequate translation of msc therapy will only be successful if 
the following are addressed:

• development of new cell-specific markers
• deciphering the therapeutic mechanism of action and 

unravelling the paracrine signals that contribute to  
tissue repair

• understanding clonal heterogeneity in cultured  
populations

• developing scalable and automated manufacturing  
systems

• understanding allogenicity and the nature of host  
immunomodulation by transplanted mscs. 

HEMAtOPOIEtIC CELL PRODUCtS AS AtMPS
Edward Geissler

• Hematopoietic cell products produced in the one study 
will be described. 

• comparative testing strategies for assessing cell prod-
ucts will be explained. 

• critical issues regarding cell product manufacturing will 
be discussed. 

• A “road” to bringing AtmPs into clinical practice will be 
discussed, including particularly the role of industry. 

strAtegies For commerciALizAtion 
trAcK 2: reimBursement: BAsic concePts 
tHrougH AdvAnced gLoBAL strAtegies

tHursdAY, APriL 24 • time: 11:00 – 12:15 
Amphithéâtre Havane

Chair: Dawn Driscoll

obtaining optimal reimbursement for any new therapy is a 
substantial challenge. As emerging cellular therapies are 
expected to be very expensive vs traditional therapies, gaining 
payer coverage for the broadest possible indications will 
be critical. while many jurisdictions have harmonized their 
regulatory requirements and processes, most countries 
maintain unique health economics and outcomes requirements 
and have various mechanism of paying for healthcare. this 
session will review the basics of reimbursement and discuss 
several strategies critical to gaining optimal coverage for new 
cell therapies.

REIMBURSEMENt 101
Dawn Driscoll

this presentation will: 

• Present the fundamental concepts of reimbursement us-
ing current therapies as examples

• discuss how reimbursement-related concepts can be 
embedded into good clinical trial design. 

• we will also look at the key factors that payers consider 
when determining whether or not to cover a new therapy 
for a given indication.

IF yOU BUILD It WILL tHEy COME? tHE CRItICAL 
ROLE OF REIMBURSEMENt ASSESSMENt IN tHE 
DILIGENCE AND DEVELOPMENt OF EARLy StAGE 
tECHNOLOGIES
Michael May

• canadian reimbursement: complexities and opportuni-
ties for change

• ccrm: a new capital-efficient and collaborative model for 
translation in rm and cell therapy

• ccrm’s evolving use of reimbursement-based economic 
analyses as tools for technology and clinical development

CELL tHERAPIES – DEFINING tHE ROUtE tO 
ADOPtION AND REIMBURSEMENt – A UK-NHS 
MODEL
Margaret Parton 

• who Pays – who benefits?
• evaluating cost effectiveness?
• what is cost consequence?
• who delivers?

strAtegies For commerciALizAtion 
trAcK 3: co-sPonsored BY societY 
For crYoBioLogY – crYoPreservAtion 
And BioPreservAtion: innovAtions 
suPPorting Product suPPLY And 
Logistics

tHursdAY, APriL 24 • time: 15:30 – 17:00 
Amphithéâtre Havane

Co-Chairs: Aby J. Mathew & Erik Woods

cellular therapies and regenerative medicine utilize cell and 
tissue products sourced from blood, bone marrow, and 
various tissues. the clinical and commercial success of these 
products is potentially impacted by stability limitations, which 
include transport of the source material and biopreservation 
of the final cell or tissue product (either frozen or non-frozen), 
as well as supply logistics for stability maintenance through the 
product lifecycle. this session will offer historical background 
to current preservation protocols, methods for optimizing 
product stability/shelf-life, innovative tools for clinical/
commercial biopreservation, and will explore the critical 
role and impact of biopreservation in the development and 
commercialization of regenerative medicine products. topics 
include best practices in optimizing biopreservation for gmP 
manufacturing, storage, delivery, and patient application. 
speakers will be sharing perspectives and anecdotes from a 
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combined 100 years of experience bridging biopreservation 
and clinical applications.

BIOPRESERVAtION CONSIDERAtIONS FOR GMP 
BIOPROCESSING, CLINICAL DEVELOPMENt, SUPPLy 
LOGIStICS, AND PAtIENt DELIVERy
Aby J. Matthew

• Best Practices recommendations for integrating bio-
preservation methods within good manufacturing Prac-
tices (gmP)

• share lessons learned from cell therapy manufacturing – 
some positive and negative examples of biopreservation 
issues

• integration of biopreservation methods with clinical 
applications – evaluating the Quality and regulatory 
footprint

MAKING CELL-BASED PRODUCtS FEASIBLE FOR 
MAINStREAM CLINICAL USE
Erik Woods

this presentation will encompass:
• sourcing and scale up
• shelf life and logistics
• Application and patient delivery

Perspectives from a cryobiologists focused on clinical 
applications and commercialization, and perspectives for what 
is needed for the future will be explored, as well as bridging the 
isct and society for cryobiology to serve unmet needs.

tHE LAZARUS FACtOR IN REGENERAtIVE MEDICINE; 
OPtIMIZING CRyO-BANKING AND tHE COLD CHAIN 
DELIVERy FOR MANAGEMENt OF CELL-BASED 
tHERAPIES
Barry Fuller

Future progress in regenerative medicine will depend on 
interplay between many translational sciences, including 
fundamental cryobiology, applied biopreservation and the 
cold chain for product management and/or delivery of viable 
cells or constructs in the era of advanced therapy medicinal 
products. this talk will provide:

• A background to the history and development of applied 
cryobiology; 

• the pros and cons of modifying temperature above and 
below the freezing point; 

• examples of current practices and future challenges in 
developing the cold chain. 

tHE DEVELOPMENt OF A GMP COMPLIANt 
CRyOGENIC COLD CHAIN
John Morris

this talk will address the issue around the development and 
validation of a gmP compliant cold chain for the clinical 

delivery of cell therapies. the talk will discuss: 

• cryoprotectant solutions 
• the primary packaging of the cells 
• the equipment required for a cryogenic cold chain, 

namely controlled rate freezers, long-term and short 
term storage devices, shipping and thawing 

• Approaches available to track samples through the cold 
chain. 

strAtegies For commerciALizAtion 
trAcK 4: creAtive resourcing: FinAncing 
modeLs

FridAY, APriL 25 • time: 07:30 – 08:30 
Amphithéâtre Havane

Chairs: gregg S. Sando

the 20th anniversary of the isct presents an important 
opportunity to look at the progress of the cell and gene 
therapy industry in translating brilliant science into useful 
therapeutics for patients. with a growing number of cell-based 
medicines in late stage development and a few having been 
approved, the commercialization pathways are becoming 
better understood and in certain cases may be very different 
from small molecules and biologicals. Academic research 
groups are often actively engaged in the development and 
manufacturing of cell products through to Phase i/ii studies, 
resulting in big pharma companies forming translational 
product development ventures directly with academic 
groups. the personalized nature of many cell therapies can 
enable regulatory approval based on relatively small clinical 
trials with accelerated review processes. early access (named 
patient) programmes offer the opportunity for biotechs to 
achieve revenues in advance of regulatory approval. new 
pathways for bringing a cell therapy to market are involving 
diverse and non-traditional sources of financing, from hedge 
funds to patient advocacy groups. in this session, we will 
address the ever-evolving subject of financing a biotech 
company aimed at commercializing cell therapies. 

EU SUPPORt tO CELL tHERAPy RESEARCH AND tHE 
HORIZON 2020 PROGRAMME
Charles Kessler

• Brief analysis of how the eu has supported cell therapy 
field

• outline of future opportunities for cell therapy research 
in the eu’s Horizon 2020 programme

HARNESSING EQUIty AND NON-DILUtIVE FUNDING 
FOR CELL tHERAPy – A UK SME PERSPECtIVE
Michael Hunt 

• uK government grant opportunities and how to harness 
them
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• uK regional funding opportunities - equity and non-dilutive
• targeting equity investors in the uK
• Putting it all together to create a funding runway to 

bridge the “valley of death”

IS tRADItIONAL LIFE SCIENCE VENtURE CAPItAL A 
RESOURCE FOR CELL tHERAPy COMPANIES yEt?
Gilles Nobecourt

• Positioning venture capital in Life sciences
• status of the biotech food chain
• How does cell therapy fit in

strAtegies For commerciALizAtion 
trAcK 5: mAnAging cogs And tHe imPAct 
oF Production decisions From PHAse 1 
to commerciAL suPPLY

FridAY, APriL 25 • time: 10:45 – 12:15 
Amphithéâtre Havane

Chair: William Milligan

one of the greatest challenges for a sustainable business 
model for cell therapy development is producing a cellular 
therapeutic that patients and health care payers can afford. A 
primary driver of cell therapy pricing in the market is the unit 
cost of goods (“cogs”) when you reach commercial-scale 
manufacturing. whether your commercialization strategy is 
to license your cell therapy to a larger commercial partner, 
or to take it to market directly, success of your cell therapy 
business model will depend on broad market adoption, driven 
by affordability and reimbursement from private insurance or 
government payers. 

in this session, our speakers provide both strategic and 
practical insights for cell therapy production planning to better 
understand the obstacles and impact of early manufacturing 
decisions for entry into the clinic, on requirements for 
achieving optimal cogs at commercial scale. don’t miss this 
opportunity to raise your cogs questions with our panel of 
subject matter experts from Progenitor, eXmoor Pharma, ucL 
and Athersys.

EStABLISHING A WINNING MANUFACtURING 
StRAtEGy FOR COMMERCIAL VIABILIty
Robert Preti

• what are the elements of deliverability and how does 
cogs sold figure into this equation?

• what problem(s) are we trying to solve? what are the 
remaining obstacles to successful commercialization of 
cellular therapies?

• How can we apply Quality by design and other pharma-
ceutical development tools as Best Practices in our daily 
work?

• How does one go about the practical application of a 
manufacturing strategy that keeps the end in mind? 

PERFORMING COSt IMPACt ANALySIS IN tHE EARLy 
StAGES OF CLINICAL DEVELOPMENt WILL INFORM 
tHE PROCESS DEVELOPMENt PLAN, CLINICAL tRIAL 
PROGRAM AND BUSINESS PLANNING
Evelien Stalmeijer

use a theoretical ‘future-state’ manufacturing model in 
comparison to the current ‘as is’ process to determine impact 
of changes on cogs and business model:

• Perform cost analysis: show the potential of your cell 
therapy product

• Prioritize elements within the development program
• determine the impact of changes on your cogs

CAN tHE CELL tHERAPy SECtOR ACHIEVE 
ACCEPtABLE COSt OF GOODS At tHE COMMERCIAL 
SCALE?
Suzanne Farid

• decisional tool integrating process economics and opti-
misation applied to allogeneic cell therapy manufacture 
will be presented

• Analysis will highlight how the competitiveness of alter-
native expansion and volume reduction technologies vary 
with production scale

•  technology gaps will be identified across different dose 
and scale scenarios

• Performance targets for innovative technologies to meet 
commercial lot sizes will be determined

• cost of goods versus reimbursement value will be 
investigated

• impact of technology choices on process change costs 
during the development cycle will be discussed

COSt IMPLICAtIONS OF MANUFACtURING 
DECISIONS tHROUGH CLINICAL DEVELOPMENt 
INtO COMMERCIALIZAtION
Robert Perry

• How costs change throughout clinical development
• comparability requirements and costs associated with 

manufacturing decisions
• costs associated with supply chain decisions
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strAtegies For commerciALizAtion 
trAcK 6: tissue engineering: stAte oF 
tHe Art tecHnoLogY

FridAY, APriL 25 • time: 15:30 – 17:00 
Amphithéâtre Havane

Chair: Brian newsom

tissue engineering has arguably been the most successful cell 
therapy niche to date based on the number of approved products, 
breadth of use, and revenue. with a solid basis in wound healing, 
tissue engineering is now branching out into new spaces 
from “simple” conduits to complex 3d tissues encompassing 
multiple cell types, biomaterials and unique delivery methods. 
As the industry makes this move forward, however, we face 
more complex clinical issues, a more challenging regulatory 
framework and the benefit yet difficulty of integrating new 
technology in product manufacturing. during this session, we 
will look at both the challenges and the recent advances in tissue 
engineering and explore the evolving industry of 3d printing and 
how it relates to regenerative medicine.

3D BIOPRINtING: OPPORtUNItIES AND 
CHALLENGES IN REGENERAtIVE MEDICINE
Sharon Presnell

• the importance of cell sourcing
• Fabrication strategies and challenges
• considerations for support systems for three-dimension-

al, multi-cellular tissues

tRANSFORMING CELLS AND GRAFtS INtO 
ORtHOBIOLOGIC MARKEt PRODUCtS AND BEyOND
Paul Schiller

• sourcing cadaveric tissues and cells for clinical and 
research use 

• discuss novel uses of classical tissue grafts 
• complementing natural and Biosynthetic scaffolds 
• Advantages and limitations of cells in scaffolds

tHE CONVERGENCE OF BIOPRINtING AND tISSUE 
ENGINEERING: SOLVING tHE StRENGtH RIDDLE
Todd McAllister

• efforts to bioprint functional 3-d tissues and organs have 
been hindered by a lack of mechanical strength and the 
lack of a functional vascular tree

• cell based bioprinting has therefore been limited to thin 
tissues 

• simultaneous printing of scaffolds and cells is plagued 
with technical challenges and synthetic-based scaffolds 
can impair the functionality of the cells

• Printing onto stacked, tissue engineered sheets (‘biopa-
per’) gives rise to the possibility of a robust, non-immu-
nogenic, non-inflammatory 3-d printed tissue

strAtegies For commerciALizAtion 
trAcK 7: BuiLding A gLoBALLY successFuL 
ceLL tHerAPY Product

sAturdAY, APriL 26 • time: 07:30 – 08:30 
Amphithéâtre Havane

Chair: Lee Buckler

this session will involve discussion around what the presenters 
believe are some of the top priorities for companies looking to 
launch successful, global cell therapy products. Lessons will 
be extracted from past case studies, companies with products 
currently in development, and products already on the market. 
Presenters will reference specific examples of strategies used by 
companies in the past 24 months that may be critical to their 
success or failure. Participants will leave the session with concrete 
product and corporate development strategies to consider. 
the session will be structured around a panel discussion with 
audience participation rather than presentations.

strAtegies For commerciALizAtion 
trAcK 8: Process And Product 
deveLoPment innovAtion

sAturdAY, APriL 26 • time: 13:15 – 14:45 
Amphithéâtre Havane

Co-Chairs: Knut niss & Ohad Karnieli

in the last decade, it has been proven that cell therapy 
works in preclinical settings and in small scale clinical trials. 
the need for either large quantities of cells (allogeneic) or 
improved throughput (autologous) with high quality will 
become crucial as product candidates advance into clinical 
trials. technologies are evolving to allow production of large 
quantities of cells under gmP conditions including cell 
factories, hollow fibers and bioreactors. nevertheless, these 
process improvements open new questions and challenges 
of cell quality, identity, reproducibility and cost. Process 
development is a critical tool in developing a commercially 
viable process. this session will focus on issues such as 
timing for process development, technology challenges in cell 
therapy, development case studies and bioreactor solutions.

USE OF BIOREACtOR PLAtFORMS IN tHE 
MANUFACtURING PROCESS FOR CELL tHERAPIES
Kim Warren

• High cell number requirements for mscs and some 
other cell therapies 

• manufacturing currently done mostly in 10-layer culture 
format; further scale-up required 

• suspension culture in single-use bioreactors offer scale-
up; microcarrier beads effective for adherent cells 
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• media development also required to optimize growth 
and reduce serum; small-scale models help to test many 
parameters 

• downstream processes also needed in parallel. 
• comparability studies needed to move cell therapies 

manufactured in bioreactors into the clinic are a chal-
lenge for the field.

INDUStRIALIZAtION OF StEM CELL PROCESSES – 
HOW tO IDENtIFy tHE RIGHt StRAtEGy?
José Castillo

How to scale-up and industrialize stem cell processes and 
design optimal strategies to overcome biological, operational 
and resource constrains. the presentation will consider 
several commercially available technical options and related 
challenges. 

in particular the talk will cover:
• How to integrate optimal cell culture technologies, from 

very small to large scale
• How to align harvesting strategy to batch scale
• How to close the process
• How to ensure cost efficiency

GUIDANCE IN DEVELOPING COMMERCIALIZABLE 
AUtOLOGOUS/PAtIENt-SPECIFIC CELL tHERAPy
Shannon Eaker

• isct Process and Product development (PPd) sub-com-
mittee concise review. 

• Provide guidance in developing commercializable autolo-
gous and patient-specific manufacturing strategies from 
the perspective of process development. 

• special emphasis on small academic or biotech research-
ers. 

• what simple questions can be addressed or answered 
at the bench in order to make their cell therapy products 
more feasible for commercial-scale production.

Technical Session Descriptions

tecHnicAL session 1: innovAtive 
tHerAPies: reProgrAmming 
Progenitors Between tHe needs oF 
stemness And sAFetY

tHursdAY, APriL 24 • time: 07:30 – 08:30 
Amphithéâtre Bordeaux

Chair: Massimo Dominici

this session will provide paradigmatic examples in the field 
of cellular therapies considering pre-natal and post-natal 
progenitors cells additionally providing technical aspects 
on episomal reprogramming aimed to generate iPsc cells, 
including novel chemically induced conversion approaches. 
You will here find insights on these innovative therapeutics in 
the context of the most successful approaches of human iPsc 
derivation. specific attention will be given to the safety profile 
of these approaches in particular when gene modified cellular 
products are challenged in their possible translation form the 
pre-clinical settings to patients. 

tRANSItIONING HUMAN INDUCED PLURIPOtENt 
CELLS FROM tHE LABORAtORy tO tHE CLINIC

Jose Cibelli

• mention most promising preclinical studies using hu-
man induced Pluripotent cells (hiPsc)

• review most successful approaches for derivation of hiPsc
• describe needs for a safe, user-friendly, method of hiPsc 

deviation

CHEMICAL-INDUCED CONVERSAtION OF HUMAN 
AMNIOtIC FLUID StEM CELLS INtO A PLURIPOtENt 
StAtE
Pascale V. Guillot

• AFsc are easily accessible and an ideal source of fetal 
stem cells for prenatal and postnatal therapy. 

• AFsc can be reverted to functional pluripotency without 
ectopic expression of pluripotency factors, using chemi-
cals only. 

• manipulation of culture conditions and treatment with 
the histone deacetylase inhibitor valproic acid (vPA) 
reset the cells into a pluripotent state.

• chemical reprogramming using vPA is an efficient and 
stochastic process providing a stable reprogramming  

INDIRECt LINEAGE CONVERSION: A SAFER 
SHORtCUt IN tHE LAByRINtH OF IPS 
REPROGRAMMING?
Emmanuel Nivet 

• indirect lineage conversion bypasses the generation of iPs 
cells for the generation of functional cellular products; 

• indirect lineage conversion is a two-step strategy involv-
ing a first phase of plastic induction followed by re-differ-
entiation;

• indirect lineage conversion can be achieved by non-inte-
grative methods.
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tecHnicAL session 2: AdvAnced 
BioProcessing

tHursdAY, APriL 24 • time: 07:30 – 08:30 
Room 342A

Chair: Chris Mason

the global cell therapy industry is predicted to grow from 
$400m in 2008 to $5B in 2014, with even greater growth to 
follow. However, to achieve future growth will require step-
changes in bioprocessing enabling increased scalability 
whilst reducing cost of goods. this session will focus on the 
manufacturing requirements for autologous and allogeneic 
therapies. current technologies and their advantages/
drawbacks will be presented for upstream (bioreactors) 
and downstream processing (including volume reduction, 
cryopreservation and storage). requirements and examples 
of next generation upstream and downstream technologies 
will be discussed including their potential impact to deliver 
high-dose “block buster” cell therapies such for blood 
transfusion, heart failure and liver disease. cost of goods will 
be highlighted with respect to business models i.e. service 
(autologous) and product (allogeneic), and the requirement 
to achieve cost of goods that are acceptable to healthcare 
providers when assessing cell therapies for routine clinical 
use cf. a one-off patient treatment.

tECHNOLOGy PLAtFORMS FOR LARGE-SCALE 
MANUFACtURING OF CELL tHERAPIES
David Smith

A significant challenge in manufacturing for allogeneic cell 
therapeutics is the potentially very large numbers of cells 
required. 

it is essential to have an estimate of the interacting factors of 
dose, optimal lot size and market size as early as possible in 
the clinical trial process. this information will help determine 
the best choices for technology platforms for all aspects of 
manufacturing, from isolation and expansion of the target cell 
type to harvest and washing of the cells, and final formulation, 
filling and freezing of the cells. 

A number of technologies available to establish a closed-
system scalable cell manufacturing process will be reviewed, 
and potential new developments in the field will be discussed.

StREPtAMERS FOR CLINICAL CELL SELECtION
Lothar Germeroth

• reversible streptamer reagents for all selections 
• evolution of selection technology from magnetic nano-

beads via magnetic microbeads to non magnetic cAtcH 
resin 

• serial selections for complex cell products 
• clinical scale selections of tcms and tregs 

• optimal regulatory situation for streptamer selected cell 
products 

• clinical application of streptamers

CELL PROCESSING FOR PERSONALIZED CELL 
tHERAPIES
Stefan Miltenyi

• technical requirements for manufacturing of patient spe-
cific cell products for novel personalized therapies are 
demanding with regard to cell number, process, regula-
tory requirements and cost effectiveness. 

• different approaches and their limitations will be dis-
cussed. 

• the clinimAcs system is an established cell separation 
technology which is widely used in a variety of different 
clinical approaches. For more complex procedures a fully 
automated cell processing system has been developed.

• A new microchip based flow sorting technology using 
a closed microfluidic cartridge enables in combination 
with magnetic sorting new cell processing options. 

tecHnicAL session 3: dc vAccine in cAncer

FridAY, APriL 25 • time: 07:30 – 08:30 
Amphithéâtre Bordeaux

Chair: Mark Lowdell

this technical session will bring together three commercial 
developers of dendritic cell tumour vaccines; each product 
uniquely different to the others. the presentations will focus 
on the logisitcal difficulties and solutions to the procurement 
and delivery of complex patient-specific cell therapies and 
present the latest data from the clinical trials. this session 
will provide a unique insight into one of the most rapidly 
developing fields in adoptive cell therapy.

CELL tHERAPy SUPPLy CHAIN
Martin Pavek and Jakub Cierny

• early clinical data 
• Leukapheresis management 
• From manufacturing to application 
• idea of working globally 

DCVAxL NEW HORIZON FOR tHE tREAtMENt OF 
BRAIN CANCER
Linda Powers

DRIVING A SAFE AND EFFECtIVE ANtI-CANCER 
IMMUNE RESPONSE By tCR GENE tHERAPy
Thomas Felzmann

this presentation will cover the following aspects of tcr-
transgenic t cells for the treatment of cancer: 
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• to discuss on- and off-target reactivity of tcr-transduced 
t cells

• to discuss tcr-independent aspects of safety 
• to discuss the capacity and limitations of preclinical testing 
• to discuss current safety guards and clinical evaluation 

of safety and efficacy 

tecHnicAL session 4: 
immunomonitoring And QuALitY 
controL in ceLL tHerAPY

FridAY, APriL 25 • time: 07:30 – 08:30 
Room 342A

Chair: Matthias Schiemann

session description: 

the topic of this session is quality management in flow 
cytometry (gLP, gmP, iso) and immunoassays to monitor 
identity and biological activity of cell therapy products. 
Flow cytometric methods are well established in patients’ 
diagnostics, process control and preparation of cellular 
therapeutics. in general, adherence to quality management 
systems is considered to be very difficult for cytometry. 
therefore, consequences of the accreditation process for 
cytometric labs and an investigation of flow cytometrists’ 
attitudes and misgivings according these requirements are 
analyzed. Assessing identity, quality and biological activity of 
cells used for therapeutic purposes is critical to ensure safety 
and efficacy of medicinal products. Already widely used for 
vaccines and other immunological-cells based therapeutics, 
flow cytometry offers several advantages over other methods 
providing answers to several questions by using one single 
technique. different flow cytometric assays, including 
immunophenotyping, cytokine profiling and quantitation, 
will be described and discussed, especially their value in 
assessing the quality of cell-therapy products.

IMMUNOASSAyS tO MONItOR IDENtIty AND 
BIOLOGICAL ACtIVIty OF CELL-BASED MEDICINAL 
PRODUCtS
Nicolas Theys

• usage for vaccines and other immunological-cells based 
therapeutics

• Advantages of flow cytometry techniques over other 
methods

• characterization of different flow cytometric assays, in-
cluding immunophenotyping and cytokine profiling and 
quantitation

• routine usage of described methods at Quality Assistance
• discussion of value to assess the quality of cell-therapy 

products

QUALIty MANAGEMENt IN FLOW CytOMEtRy – 
REQUIREMENtS OF GLP, GMP, ISO, AND CLINICAL 
StUDIES
Ulrich Sack

• Harmonization of flow cytometry quality management in 
the european community

• implementation of iso 15189 based on standardization 
in european laboratory diagnostics

• Accreditation of laboratories and the consequences of 
the accreditation process for cytometric labs

• investigation of flow cytometrists’ attitudes and misgiv-
ings according standardization requirements

tecHnicAL session 5: sAFeLY meAsuring 
cLinicAL eFFicAcY

sAturdAY, APriL 26 • time: 07:30 – 08:30 
Amphithéâtre Bordeaux

Co-Chairs: Stephan Mielke & Emily Culme-Seymour

dr. Paul Kemp from intercytex Ltd. (uK) will be presenting 
clinical work using a fibroblast product in the treatment of 
epidermolysis bullosa, Prof. rosalia mendez-otero from the 
Federal university of rio de Janeiro (Brazil) will be covering 
the use of bone marrow cell therapies to treat stroke, and Prof. 
dr. med. Angela Krackhardt from the technische universität 
münchen (germany) will address issues related to safety and 
efficacy of trc-transduced cells.

CELL tHERAPy tRIALS FOR StROKE: HOW tO 
EVALUAtE SAFEty AND EFFICACy
Rosalia Mendez-Otero

• stroke is the second leading cause of death and the third 
leading cause of disability worldwide. 

• Preclinical studies have indicated that cell therapies may 
provide structural and functional benefits after stroke. 

• the results of different clinical trials for stroke have been 
reported and many questions related to safety and ef-
ficacy have been raised. 

• we will address some of these questions and will discuss 
possible strategies to improve the safety and efficacy of 
future studies. 

tEStING A FIBROBLASt tHERAPy FOR tHE 
tREAtMENt OF ORPHAN SKIN DISEASES
Paul Kemp

• combining scientific innovation with medical innovation 
in the development of regenerative medicines.

• How the “gradual emergence of efficacy” impacts pro-
gramme design.

• examples of progressive translation in regenerative 
medicines.
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DRIVING A SAFE AND EFFECtIVE ANtI-CANCER 
IMMUNE RESPONSE By tCR GENE tHERAPy
Angela Krackhardt

this presentation will cover the following aspects of tcr-
transgenic t cells for the treatment of cancer: 

• to discuss on- and off-target reactivity of tcr-transduced 
t cells 

• to discuss tcr-independent aspects of safety 
• to discuss the capacity and limitations of preclinical test-

ing 
• to discuss current safety guards and clinical evaluation 

of safety and efficacy 

tecHnicAL session 6: t ceLL tHerAPY: 
From Product deveLoPment to 
immunomoduLAtion

sAturdAY, APriL 26 • time: 07:30 – 08:30 
Room 342A

Chair: Miguel Forte

the session aims at discussing the state of the art of t cell 
therapy. the discussion will include the current challenges and 
opportunities for manufacturing and Process development 
of t cell therapy medicinal Products. t cell therapy products 
have been developed, on one side, to enhance the immune 
response in treatment approaches like oncology, infection 
and, on the other side to modulate the immune response for 
the management of autoimmune and chronic inflammatory 
pathologies. two presentations will address recent 
developments and future opportunities with these cytotoxic 
and immunomodulating approaches. 

MOVING AN AUtOLOGOUS CELL tHERAPy tO 
tHE MARKEt: FROM SMALL SCALE tRIAL tO MASS 
PRODUCtION.
Knut Niss

• differences between Phi/ii and Ph iii requirements 
• Logistics of distribution

t CELL tHERAPy OF INFLAMMAtION USING 
REGULAtORy t CELLS
Arnaud Foussat

• Analysis of therapeutic potential of tregs
• review landscape of academic and industrial regulatory 

t cells (tregs) Products development 
• Analysis of development specificities for a treg approach 

to treat inflammation
• Presentation of first available clinical data (txcell data 

and others)

CytOtOxIC / EFFECtOR t CELL tHERAPIES: RECENt 
PROGRESS AND FUtURE POtENtIAL
Natalie Mount

• cytotoxic / effector t cell therapies have recently received 
important clinical validation. 

• in this talk, natalie will review the different types of 
cytotoxic/effector t cell therapies under investigation, 
focusing particularly on those targeting oncology related 
indications. 

• the growing understanding of the importance of target-
ing central tolerance of tumours through improving the t 
cell repertoire to tumour self-antigens using gene modi-
fied t cells such as tcrs and cArs will be highlighted. 

• Perspectives will be shared on the potential of these cell 
therapies for future development and the approach of 
the uK’s cell therapy catapult to accelerate translation 
from the science base. 

Workshop Session Descriptions

worKsHoP 1: ceLL tHerAPies in 
resPirAtorY diseAses And Lung/ 
criticAL iLLnesses

tHursdAY, APriL 24 • time: 15:30 – 17:00 
Amphithéâtre Bordeaux

Co-Chairs: Daniel J. Weiss & Bernard Thébaud

this session will cover the full breath of potential applications 
for cell-based therapies for pulmonary diseases and critical 
illnesses. chronic lung disease will be the 3rd leading cause of 
death worldwide by 2020. A common denominator of many 
lung diseases is the presence of deranged injury resolution 

leading to distorted tissue repair such as alveolar destruction 
in emphysema or scarring/fibrosis in the aftermath of acute 
lung injuries. modern clinical management remains devoid 
of available therapies promoting effective lung repair and is 
mostly focused on symptomatic or adjunct treatments that 
do not address the main disease processes. international 
pioneers in the field will present pre-clinical and clinical 
evidence for the therapeutic potential of cell-based 
therapies for parenchymal and vascular lung diseases using 
mesenchymal stromal cells and gene-modified endothelial 
progenitor cells. Finally, application of cell-based therapies 
for reconstruction of upper airway abnormalities will also be 
presented.
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MSC BASED tHERAPIES IN PULMONARy DISEASES 
AND CRItICAL ILLNESSES
Daniel Weiss

• over 100 pre-clinical studies demonstrate efficacy of 
systemic or direct airway route administration of mscs 
in a wide range of lung injury models

• However, not all lung diseases might be amenable to 
msc cell-based therapies

• different msc mechanisms of action occur in the different 
lung disease models

• initial clinical trials are underway in several lung diseases

tISSUE ENGINEERING tRACHEA: ARE WE tHERE 
yEt?
Colin Butler

tissue engineering trachea has rapidly evolved in an attempt 
to meet the needs of those with severe end-stage airway 
disease.

clinical experience has certainly demonstrated the potential 
of this technology but has also highlighted the pitfalls.

we describe the changing landscape of airway engineering, 
with a focus on lessons learnt from clinical cases.

IMMUNOMODULAtORy CELL tHERAPy FOR SEVERE 
SEPSIS AND LUNG INjURy
Duncan Stewart

• rationale for use of mscs in sepsis
• overview of efficacy immunomodulatory cell  therapy in 

preclinical models of sepsis
• systematic review of preclinical studies of cell therapy for 

sepsis/ALi
• translation of immunomodulatory cell therapy to the 

clinic – the ciss trial

worKsHoP 2: LegAL And reguLAtorY 
cHALLenges For ceLL tHerAPies in 
euroPe

tHursdAY, APriL 24 • time: 15:30 – 17:00 
Room 342A

Chair: James Lawford Davies

the Panel (involving James Lawford davies, erik vollebregt 
and Alex denoon) will explore the controversial topics listed 
below. the panellists will prepare a single presentation 
addressing each of these points and will address the 
topics one-by-one in a debate format rather than separate 
presentations. this should allow the topics to be addressed 
individually (and allowing for questions from the floor) rather 
than waiting until the end of each person’s presentation. 

the panel will explore the following hot topics:

(1) is the european regulatory Framework for cell-based 
therapies fit for purpose?

 a. interaction with the tissues and cells directives
 b. combination Products (AtmPs + medical devices)
 c. scientific recommendation on the classification of 
  AtmPs – decisions of the cAt
 d. certification of quality and non-clinical data
 e. Adaptive Licensing or early Access to medicines  

 scheme?
(2)the impact of the Hospital use exemption - should it be 

abolished?
(3) Are autologous therapies within the same surgical proce-

dure AtmPs or grafts?

worKsHoP 3: Joint session witH eBmt – 
cord BLood: tHen And now

tHursdAY, APriL 24 • time: 15:30 – 17:00 
Room 352B

Chair: Christian Chabannon

the session is jointly sponsored by isct and eBmt, the 
european group for Blood and marrow transplantation. the 
session will cover current and future therapeutic aspects 
of the use of cord blood cells, from established through 
investigational procedures, and from the well-known 
applications in unrelated allogeneic hematopoietic stem 
cell transplantation to potential future uses in other medical 
fields. medical, biological, organizational as well as regulatory 
and financial adaptations needed to push the field forward 
will be shared with the audience by recognized leaders in the 
field.

CORD BLOOD tRANSPLANtAtION PRESENt AND 
FUtURE
Eliane Gluckman

• cord blood transplantation is currently used to treat pa-
tients with malignant and non malignant hematological 
diseases 

• cord blood banks with high quality criteria have been 
established. 

• stem cell content is the most important factor for en-
graftment 

• ex vivo expansion and other methods of graft facilitation 
are developing.

tHE FUtURE OF CORD BLOOD CELLULAR tHERAPy
Elizabeth J. Shpall

• will review current studies to improve engraftment by 
enhancing cord blood homing and ex vivo expansion

• will discuss the potential to reduce relapse with cord 
blood natural killer and other immune cells

• will describe the potential for abrogating gvHd with 
cord blood tregulatory cells
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tHE ROLE OF CORD BLOOD IN INCREASING ACCESS 
tO ALLOGENEIC tRANSPLANtAtION – A VIEW FROM 
NORtH AMERICA
Mary Horowitz

• to describe the current use of cord blood transplantation 
in comparison to other graft sources 

• to evaluate the impact of increasing inventory size of ac-
cess to cord blood transplantation 

• to define the factors most likely to optimize cord blood 
transplantation outcomes 

worKsHoP 4: BeYond tHe nucLeus

FridAY, APriL 25 • time: 15:30 – 17:00 
Amphithéâtre Bordeaux

Chair: Luc Douay

red blood cells are the only cells in human with a long 
lifespan in spite of absence of nucleus. dr. Luc douay will 
report on the production of large quantities of human red 
blood cells from stem cells and will provide perspectives on 
future directions in the use of progenitor cell, cord blood, and 
pluripotent stem cell technologies that have the potential to 
transform transfusion medicine. 

Platelets circulate as anucleated cells derived from 
megakaryocytes. dr Baruch will report on mechanical 
fragmentation of megakaryocytes, mimicking that exerted by 
the blood flow that contributes to form efficient platelets, and 
will provide perspectives on in vitro platelet production for 
tomorrow platelet transfusion. 

mitochondria quality control is mediated by mitophagy. 
retention of dysfunctional mitochondria leads to cell death. 
dr ortiz will present proteomic and rnA analysis of micro 
vesicles to understand the mechanism by which mesenchymal 
stem cells extrude mitochondria and enhance their survival. 

RED BLOOD CELLS FROM StEM CELLS IN VItRO: 
PERSPECtIVES FOR tRANSFUSION MEDICINE
Luc Douay

• transfusion of red blood cells (rBc) is an essential 
therapy. However difficulties and constraints still occur, 
such as chronic blood product shortage, yet unknown 
transfusion-transmitted infectious agents and the inescap-
able blood group polymorphism barrier. rBcs are the only 
cells in human with a long lifespan in spite of absence 
of nucleus. dr. Luc douay will report on the production 
of human rBcs from stem cells in vitro and will provide 
perspectives on future directions in the use of progenitor 
cell, cord blood, and pluripotent stem cell technologies 
that have the potential to transform transfusion medicine.

Ex VIVO PLAtELEt PRODUCtION
Dominique Baruch

• Platelets originate from fragmentation of mature mega-
karyocytes leaving the bone marrow. 

• to provide a model for platelet production, cultured 
megakaryocytes were introduced into flow devices and 
dynamic changes were video-recorded. 

• megakaryocytes produced elongations involving cyto-
skeletal reorganization followed by fragmentation into 
proplatelets and platelets. 

• Platelets produced in flow conditions were functional in 
vitro / in vivo. 

• exposure to high shear rates mimics megakaryocyte 
fragmentation when flowing through lung capillaries. 

• Platelet production takes place continuously in the blood 
stream by terminal fragmentation of proplatelets into 
platelets. 

• Flow systems may improve in vitro platelet production 
for tomorrow platelet transfusion. 

MESENCHyMAL StEM CELLS USE ExtRACELLULAR 
VESICLES tO OUtSOURCE MItOPHAGy
Luis A. Ortiz

• to review the importance of oxygen tension on msc 
mitochondria biology

• to describe the mechanisms by which msc outsource 
mitophagy 

• to discuss the importance of extracellular vesicles on 
msc biology 

worKsHoP 5: eu Funded ProJects

FridAY, APriL 25 • time: 15:30 – 17:00 
Room 342A

Co-Chairs: Mark Lowdell and David gancberg

the eu FP7 programme invested heavily in facilitating cell 
therapy research including concerted action projects to 
examine the impact of legislation and now with AgorA (www.
agora-gmp.org) support to mitigate the impact on academic 
centres. this session presents the latest data from three FP7-
funded projects which highlight the continued importance of 
academic centres in the development of eu cell therapies. 
reddstAr - a study of the use of msc for amelioration of 
diabetic complications, celleuroPe - a marie curie award 
to train researchers in the immunobiology and biomarkers 
of Hsct and reBorne - a project focussed on bone 
regeneration with mscs and bioengineered scaffolds. these 
projects demonstrate the breadth and diversity of cell therapy 
research supported by eu funding and promise to present 
exciting new data.
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REDDStAR: REPAIR OF DIABEtIC DAMAGE By 
StROMAL CELL ADMINIStRAtION
Timothy O’Brien

• the worldwide prevalence of diabetes mellitus has 
reached epidemic proportions and it is estimated that 
439 million adults will have this disease by 2030. 

• the aim of the reddstAr Project is to comprehensively 
examine if mesenchymal stromal cells (mscs) can safely 
control glycaemia and alleviate damage caused by six 
diabetic complications namely retinopathy, cardiomyopa-
thy, nephropathy, wound healing, neuropathy and bone 
fracture repair. 

• reddstAr will deliver a new msc platform technology 
which is a radical improvement in terms of cell purity 
and compliance with upcoming regulations. it will 
investigate the efficacy and mechanism of action of this 
second-generation msc in in vivo models of six major 
diabetic complications. 

• subsequently reddstAr partners will also un-
dertake clinical trials on diabetic patients with the 
complication(s) that yield the best results in phase 1 of 
the project with the ultimate aim of investigating if this 
msc will provide a new therapeutic option to control 
initiation and progression of diabetes and its associated 
complications. 

CD362: A NOVEL FUNCtIONAL MARKER FOR MSC 
ISOLAtION AND tHERAPEUtIC USE
Stephen Elliman

• cd362 is a novel surface protein enabling prospective 
isolation of perivascular msc from human, rat, mouse 
and equine tissues by mAcs or FAcs. 

• cd362-selected msc improve tissue function in models 
of Ards, diabetes, nephropathy and wound ulceration. 

• cd362-selected msc are being in 3 eu FP7-funded 
programs in microvascular complications of diabetes 
(reddstAr), chronic liver disease (merLin), and cor-
nea transplant rejection (visicort).

MARIE CURIE ACtIONS INItIAL tRAINING NEtWORK 
– CELLEUROPE
Anne Dickinson

• Haematopoietic stem cell transplantation 
• translational research leading to clinical trials 
• graft versus Leukaemia and graft versus host disease 

mechanisms 

REBORNE: REGENERAtING BONE WItH 
MESENCHyMAL StEM CELLS AND BIOMAtERIALS
Pierre Layrolle

• Autologous bone marrow derived mesenchymal stem 
cells 

• gmP production, quality controls and transportation 
• Association of cells with a synthetic bone substitute 

• safety and efficacy in pre-clinical models 
• clinical results in treatment of delayed union fractures

worKsHoP 6: etHics And reguLAtion: 
How sHouLd we deAL witH unProven 
tHerAPies?

sAturdAY, APriL 26 • time: 13:15 – 14:45 
Amphithéâtre Bordeaux

Chair: John Rasko

this workshop will examine the proliferation and marketing 
of stem cell-based interventions in advance of compelling 
evidence of safety/efficacy, which has become a sophisticated 
global industry. timothy caulfield from the Health Law 
institute in canada will provide an overview of the nature 
and scope of stem cell “tourism”. He will review the drivers 
for this tourism including the popular press, social media, 
patient interest/demand, & scientific “hype”. douglas sipp 
from the riKen center for developmental Biology in Japan 
will discuss various types of regulatory strategies being 
deployed in different countries. He will explain how many 
national regulatory approaches have failed to protect the 
public health and individual patients. the President of isct, 
Kurt gunter, will provide a synopsis of the Presidential task 
Force on the use of unproven cellular therapies. Finally, a 
panel chaired by John rasko from rPA Hospital in Australia 
will bring together these experts as well as patient advocacy 
and members of the audience to discuss unproven therapies 
and the consequences of their premature introduction to 
clinic. 

tHE NAtURE AND SCOPE OF StEM CELL “tOURISM”
Timothy Caulfield

• overview the nature and scope of stem cell “tourism” 
• explore the empirical data on what is being offered at 

stem cell clinics 
• Analyze the social and scientific drivers of the phenomenon

HOW REGULAtORy SyStEMS FAIL IN CELL tHERAPy 
MARKEtS
Douglas Sipp

• Putative cell therapies, particularly those claiming to use 
stem cells, are advertised by hundreds of for-profit enti-
ties around the world

• many countries lack explicit, enforceable regulations over 
the commercial use of stem cell products in medicine, 
and are thus safe havens for the predatory marketing of 
such products

• even strictly regulated countries such as the us and 
Japan have had difficulty in reining in marketing of unli-
censed cell therapy products

• the ways in which regulatory systems have failed to 
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control cell therapy marketing can be grouped into five 
broad categories:  vacuum, arbitrage, capture, neglect, 
and abdication

UNPROVEN CELLULAR tHERAPIES: WHAt SHOULD 
WE DO?
Kurt Gunter

• discuss role for unproven therapies in medical innova-
tion and product development

• discuss previous strategies to educate and protect pa-
tients

• introduce isct Presidential task Force on unproven cell 
therapies and task force action items

• solicit input from session participants on additional 
activities to educate and protect patients

PANELIStS:
Alastair Kent and Sara Casati

worKsHoP 7: Hot toPics in cLinicAL 
deveLoPment oF msc-LiKe ceLLs – An 
AcAdemic, industriAL & trAnsLAtionAL 
PersPective

sAturdAY, APriL 26 • time: 13:15 – 14:45 
Room 342A

Chair: Jacques galipeau

there are currently a series of advancing clinical trials on msc-
like cells moving with industrial concerns. contemporaneously, 
academic groups are testing in phase iii studies the use of 
similarly sourced mscs for gvHd and other immune ailments. 

there are overlapping interests in “gold standards”, and 
navigating regulatory framework as well as defining methods, 
potency assays and eventual regulatory approval. our guest 
speakers will give a perspective on these issues.

A MULtICENtER EUROPEAN tRIAL WItH 
MESENCHyMAL StROMAL CELLS FOR StEROID 
RESIStANt ACUtE GVHD: A CASE StUDy ON 
REGULAtORy AND ORGANIZAtIONAL ISSUES
Willem Fibbe

• understand the background and rationale for treatment 
with msc for acute gvHd 

• understand the regulatory and organizational complexi-
ties related to multicenter trials with AtmP’s

INDUStRy PERSPECtIVE
Robert Deans

• clinical readouts on approval studies expected in 2 year 
timeframe – is that enough?

• Accelerated approval options attract development activ-
ity in some geographies

• can large scale expansion produce potent cell product at 
costs within reimbursement expectations?

A ‘RELAtIVIty CONCEPt’ FOR MSC
Ivan Martin

• report on the results of the ‘novel cellular therapy sur-
vey’ 

• Alternative methods for msc expansion 
• regulation of msc phenotype and function by culture 

conditions 
• How to define release criteria for clinical use of msc?

How To Publish In Cytotherapy

tHursdAY, APriL 24 • time: 07:30 – 08:30 
Room 352B

John Barrett, Editor-in-Chief of Cytotherapy

Knowing the best way to structure your research paper, 
preparing your manuscript, and understanding the peer 
review process is critical to getting your work published.

Attend this workshop and learn:

• steps to take before writing a paper
• How to develop and submit a manuscript
• what editors and publishers are looking for

sensitive areas such as publishing ethics, plagiarism, and 
duplicate publishing will also be addressed.
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