orcencmnepes 2025 ARRIGE
Annual Meeting

Hybrid format — In-person at
IGBMC, Strasbourg (France)
& Online

Access and Affordability of Gene
Therapies : Challenges for Genome
Editing

How do | join the meeting?

| am connecting online

The meeting is hybrid and accessible via the Zoom application. We
recommend checking that your Zoom app is up to date on your
computer ahead of time, as updates can take several minutes to install.
For the first day, please join us 5 minutes before the meeting starts
on Tuesday, October 28 at 1:00 PM CET (Central European Time,
UTC+1).

Please pay attention that the transition to winter time differs between
countries.

| am participating on site in
Strasbourg, France
i The meeting will take place at IGBMC:

1 rue Laurent Fries, BP 10142
67404 lilkirch, France

You can find details on how to access the site here:

https://www.igbmc.fr/en/igbmc/life-at-igbmc/visiting-the-igbmc

We will welcome you in the lobby, provide you with your access badge,
and guide you to the meeting room.
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Université Université de Strasbourg

de Strasbourg

Transnetyy Transnetyx

i W Transnetyx is a global leader in research innovation,
committed to optimizing workflows and enabling scientists to concentrate on
discovery. Founded in 2000, the company revolutionized the field of genotyping
by creating the world’s first fully automated genotyping system. This breakthrough
set a new standard for accuracy, efficiency, and dependability in genetic research.

Building on this foundation, Transnetyx has expanded its capabilities to offer a
comprehensive suite of services that optimize every stage of the research process.
These services include Automated Genotyping for accuracy, precision, and speed;
Genetic Monitoring to validate research strains; Microbiome Analysis to enhance
reproducibility; Tissue for micro-surgically dissected custom tissue and growth
media; Colony+AMI for optimized colony management; and tick@lab, an
organizational software that streamlines animal facility management and
compliance.

Driven by a mission to simplify research workflows, improve accuracy, and boost
productivity, Transnetyx collaborates with institutions worldwide to eliminate
inefficiencies and accelerate scientific progress. With over two decades of
experience, Transnetyx continues to lead the way in empowering researchers to
achieve results faster, with greater confidence and integrity.

ch ar{e"g{ﬁver Charles River Laboratories
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Day 1 Program - 28 Oct -- 13:00 UTC+2 / 18:00
CET (Central European Time), UTC+1

Welcome to Strasbourg/Online
Guillaume Pavlovic, PHENOMIN- IGBMC, Strasbourg; Board Member, ARRIGE

Kiran Musunuru, UPENN, USA [online], Developing and deploying personalized
gene-editing therapies

Marina Cavazzana, University of Paris Descartes, France [onsite], Gene therapy
for sickle cell disease: where do we stand in the treatment for all? a textbook case

13:00 - Welcomes, Annual Meeting Goals/Outcomes
13:15 Martina Crispo, Institut Pasteur De Montevideo, Uruguay; Chair, ARRIGE
Scientific Committee
ARRIGE President’s Welcome: Hervé Chneiweiss, INSERM, France [online]
13:15 | Keynote: Alta Charo, University of Wisconsin, USA; Member, ARRIGE
- Scientific Committee
13:45 | Title: Gene Therapy: Affordable? Accessible? Achievable?
Panel | - “Technicalities”
This panel will explore the scientific and regulatory specificities of the new
generation of gene therapies—from ex vivo editing (e.g., CAR-T, CRISPR-based
therapies) to in vivo delivery platforms. It will examine how choices in technology
design, clinical translation, and intellectual property regimes affect costs,
scalability, and downstream affordability.
Key Questions:
= What makes current gene therapies so expensive?
13:45 - [ = How are advances in base editing, delivery systems, or manufacturing likely
15:15 to influence future accessibility?

= Are there design choices that can “bake in” affordability from the start?

Moderator: Martina Crispo, Institut Pasteur De Montevideo, Uruguay; Chair,
ARRIGE Scientific Committee

Speakers:

Fyodor Urnov, UC Berkeley, USA [online], Benefit-risk Commensurate Design,
Manufacture, Derisking, and Clinical Deployment of Personalized Gene Editing
Therapies for Pediatric Inborn Errors of Immunity

Access and Affordability
of Gene Therapies
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Q&A Session
::"1: " | Coffee / Tea
Panel 2 — Access/Affordability — Perspectives from different
regions
This panel brings together diverse voices from the Global South and North to
reflect on regional disparities in accessing gene therapies. It will discuss economic,
regulatory, and infrastructural barriers — and highlight innovative models of
equitable access.
Key Questions:
= What are the main obstacles to accessing gene therapies in different regions?
= How do health systems, reimbursement schemes, and regulatory pathways
impact affordability?
=  Are there promising regional or international approaches (e.g., licensing
:3‘:? B pools, public-private partnerships) that could be scaled up?
Moderator: Yann Hérault, CELPHEDIA, France
Speakers:
Kazuto Kato, University of Osaka, Japan [online], Equitable access to new medical
technologies - Viewpoints from Japan and Western Pacific
Michael S Pepper, University of Pretoria, South Africa [online], Ensuring global
access to advanced therapies
Fabiana Arzuaga, University of Buenos Aires, Argentina [onsite], From Regulation
to Equity: Governance and Access Challenges in Genomic Therapies in Latin America
Q&A Session
17:30
- ARRIGE General Assembly — ARRIGE MEMBERS
18:00

Access and Affordability
of Gene Therapies
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Day 2 Program - 29 Oct -- 13:00 UTC+2 / 18:00
CET (Central European Time), UTC+1

Welcome: Day One Reflection; Day Two Goals/Outcomes
Martina Crispo, Chair, ARRIGE Scientific Committee

Panel 3 — Ethical and Policy Challenges: Access, Incentives, IP,

Responsibilities

This panel will examine the tension between innovation incentives (e.g., patents,

exclusivity) and health equity. It will also assess the role of public funding in

therapeutic development and the expectations it creates for pricing and access.

Key Questions:

= Should the pricing of gene therapies reflect public contributions to their
development?

= What ethical frameworks are most useful in guiding access policies for high-
cost therapies?

11:15 -
12:30

Final Roundtable — Cross-Cutting Discussion

To close the meeting, all speakers and participants will gather for a facilitated

roundtable to synthesize insights, identify converging challenges, and propose

actionable steps for ARRIGE and its members.

Suggested Core Questions:

*  What mechanisms can ensure affordable access to gene therapies without
stifling innovation?

= How can we harmonize international governance on safety, efficacy, and cost
transparency?

= How do we better incorporate perspectives from low-resource settings in
upstream decision-making?

= What are the most urgent next steps at policy, funding, or research levels?

*  What role can ARRIGE play in promoting equity in access and affordability?

Moderator: Alta Charo, University of Wisconsin, USA

Open Discussion

12:30 -
13:00

Meeting Summary/Next Steps/Closing Remarks

Martina Crispo, ARRIGE Scientific Committee
Hervé Chneiweiss, President, ARRIGE [Online]

09:00 - | * Vhatresponsibilities do industry, states, and scientific communities share in
10:45 ensuring global equity?
Moderator: Fabiana Arzuaga, University of Buenos Aires, Argentina [onsite]
Speakers:
Julian Marz, University of Ziirich, Switzerland [onsite], An Ethics Framework for
Incentive Systems for Pharmaceutical R&D — The Case of Gene Therapies
Pawel Lukow, University of Warsaw, Poland [onsite], Some ethical assumptions of
pricing policies for high-cost therapies
Paul Aliu, Novartis, Switzerland [online], Access vs. Innovation - an ethical
conundrum
Daima Bukini, Muhimbili University, Tanzania [online], Access to gene therapy in
Africa, and why ethics matters
Q&A Session
10 = Coffee / Tea

11:15

Access and Affordability

(ﬁof Gene Therapies
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Doctor Paul Aliu

Access vs. Innovation - an ethical
conundrum

Paul is the Global Head of Medical Excellence, Operations, and
Governance at Novartis. He is responsible for developing and
overseeing enterprise-wide standards and policies for medical and
patient-focused programs, Medical Affairs studies, ensuring clinical trial
transparency, the review of promotional and non-promotional
materials, and governing scientific engagement with healthcare
professionals, healthcare organizations, and patients.

He has over 20 years of experience in the pharmaceutical industry
across multiple therapeutic areas and roles. Before joining the
pharmaceutical industry, he worked as a clinical pharmacist and has
training in law, business, bioethics, and general management.

He is a member of various Health/Pharma think-tanks/committees,
regularly speaks at conferences on Global Health, Patient Access,
Medical Governance and Policies, and publishes on these topics.
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Doctor Fabiana Arzuaga

From Regulation to Equity: Governance
and Access Challenges in Genomic
Therapies in Latin America

Fabiana Arzuaga, PhD in Law and Social Sciences (University of Buenos
Aires), is President of Fundacion Actyon (Argentina) and CEO of
Actyon Genomics (Spain). She chaired Argentina’s Interministerial
Commission for Advanced Therapies, which developed the national
regulatory framework for advanced therapy medicinal products
(ATMPs).

Founder of the Argentine Patient Network for Advanced Therapies
(Red APTA), she has devoted her career to bridging governance,
innovation, and ethics to foster equitable access to genomic and cell-
based therapies.

Dr. Arzuaga currently serves on the Executive Board of the Human
Genome Organization (HUGO), the ARRIGE Scientific Committee,
and the Organizing Committee of the Human Cell Atlas, promoting
responsible innovation and data equity across regions.
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Doctor Daima Bukini

Access to gene therapy in Africa, and
why ethics matters

Dr. Daima Bukini is bioethics researcher based in Tanzania at Muhimbili
University of Health and Allied Sciences (MUHAS) and a postdoctoral
fellow at the Berman Institute of Bioethics, Johns Hopkins University.
Her research interest is on the ethics of Sickle Cell Disease (SCD) care,
particularly access to advanced therapies in Africa, including exchange
transfusion services, bone marrow transplantation, and gene therapy.

Dr. Bukini holds a Bachelor of Science degree from the University of
Dar es Salaam (UDSM), a Master’s in Bioethics from the University of
Pennsylvania (UPenn), and a Master of Public Health (MPH) from
MUHAS. She earned her PhD in Bioethics (2022) from MUHAS, where
her dissertation examined the ethical and sociocultural dimensions of
newborn screening for SCD in Tanzania. During her doctoral studies,
she was awarded a Commonwealth Split-Site Scholarship that enabled
her to undertake part of her research training at the University of
Oxford. At MUHAS she also provides support to the Research Ethics
Committee (REC) and serves as an Honorary Lecturer in the
Department of Bioethics and Health Professionalism. Dr. Bukini co-
leads the SCD Advanced Therapy Program at MUHAS, which adopts
an integrated, partnership-driven approach to promote and strengthen
access to advanced therapies for patients with SCD across Africa.
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Professor Marina Cavazzana

. Gene therapy for sickle cell disease:
where do we stand in the treatment
for all? a textbook case

Marina Cavazzana is a full Professor in Hematology at Paris-Cité
University, the head of the Biotherapy Department at Necker Enfants
Malades Hospital, and the coordinator of the Biotherapy Clinical
Investigation Center at the Imagine Institute (Paris, France).

Her basic and clinical research work and clinical activities are dedicated
to the development and implementation of innovative treatments for
genetic diseases. She envisions that genetically engineered, patient-
derived hematopoietic stem/progenitor cells (HSPCs) will constitute a
transformative therapy and will overcome the obstacles raised by the
non-availability of a human-leukocyte-antigen (HLA)-genoidentical
family donor.

She also participated in the discovery of pathological gene variants
involved in rare diseases of the hematopoietic system. She used
pathophysiological knowledge of these variants to try to develop new
drugs.
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Professor Robin Alta Charo

Gene Therapy: Affordable? Accessible?
| Achievable?

N

Alta Charo (BA biology Harvard '79; JD law Columbia '82) is
professor emerita of law and bioethics at the University of
Wisconsin and now works as consultant to companies, government
and NGOs on biotechnology ethics and regulatory policy, primarily
in the therapeutics sector but also in reproductive technologies,
agriculture, and national security sectors. She has been elected to
the American Academy of Arts and Sciences; to the American
Association for the Advancement of Science; and to the National
Academy of Medicine, where she co-chaired its committees on stem
cell research and on human genome editing governance.

She now serves on its committee working on the intersection of
national security, Al and biotechnology. In the US government, she
served as a legal analyst for the (former) congressional Office of
Technology Assessment, policy analyst for the US Agency for
International Development, and senior policy advisor in the office
of the commissioner at the FDA. Charo also served as a member of
President Clinton’s National Bioethics Advisory Commission and
President Obama’s HHS transition team.

Professor Kazuto Kato

Equitable access to new medical
technologies - Viewpoints from Japan
and Western Pacific

Kazuto Kato, Ph.D., is Professor of biomedical ethics and public
policy at the Graduate School of Medicine, The University of Osaka.
Professor Kato has a Ph.D. degree in developmental biology from
Kyoto University. After finishing postdoctoral research at the
University of Cambridge, he started to work on ethical and social
issues related to life sciences. Professor Kato currently specializes
in biomedical ethics, research governance and patient involvement
in medical research.

Professor Kato has served as a member of various international
projects to include the ELSI group of the International HapMap
Project; the Ethics and Governance Committee of the International
Cancer Genome Consortium. In Japan, he served as a member of
the Expert Panel on Bioethics of the Council for Science,
Technology, and Innovation (CSTI) in the Cabinet Office between
2010 to 2020. He was also a member of the WHO Expert Advisory
Committee on Developing Global Standards for Governance and
Oversight of Human Genome Editing between 2019 to 2021.
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Professor Pawel Luckow

Some ethical assumptions of pricing
policies for high-cost therapies

Pawet Lukow is professor of philosophy and ethics. He is the Dean of
the Faculty of Philosophy, University of Warsaw, Poland, where he
chairs the Department of Ethics, and the Center for Bioethics and
Biolaw.

He is the head of the the Supreme Bioethics Committee for Clinical
Trials. He also chairs the Committee on Ethics in Science at Polish
Academy of Science, and is a Member of the European Group on Ethics
in Science and New Technologies (EGE).

He works as an ethics expert for domestic and international granting
institutions. He has published on |. Kant’s ethics, bioethics, and
philosophy of medicine. His current research focuses on human dignity
and human rights in bioethical regulation and policy-making in a
democratic society, the ethical and legal status of the human body,
protection of human dignity and vulnerability in biomedical research.
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Doctor Julian Marz

An Ethics Framework for Incentive
Systems for Pharmaceutical R&D — The
Case of Gene Therapies

Dr. Julian W. Marz, M.D., Ph.D., LL.M,, .S.D. has studied medicine, law, and bioethics
at the Universities of Zurich, Oxford, Munich, Regensburg, and Passau, and the Institut
d’Etudes Politiques (IEP) de Paris. He holds a master’s degree in economic law from
the |EP de Paris (2016), a Ph.D. in Law from the University of Passau (2020), a Ph.D. in
Bioethics from the University of Zurich (2023), and a Doctorate in Medicine from the
University of Regensburg (2023). In addition, he holds the German State Diploma in
Medicine (2023) and is licensed as a physician in Switzerland. His university studies have
been funded by full scholarships from the German National Academic Foundation
(Studienstiftung des deutschen Volkes).

Before joining the University of Zurich as a research fellow in October 2022, he has
worked for the Division of Health Economics at the German Cancer Research Center
(DKFZ) in Heidelberg, where he also wrote his doctoral thesis in medicine. In parallel,
he has worked as research affiliate in pharmaceutical law for the Centre for Law,
Medicine and Life Sciences of the University of Cambridge, and as lecturer in public
health law at the IEP de Paris. Furthermore, he has worked as a trainee lawyer for the
international law firms Cleary Gottlieb Steen & Hamilton LLP and Hogan Lovells LLP
and as a trainee physician at the General Hospital of Luxembourg.

Julian is currently a research fellow of the University Research Priority Program (URPP)
Innovative Therapies in Rare Diseases (ITINERARE) and the Institute of Biomedical
Ethics (IBME) at the Medical Faculty of the University of Zurich. In addition, he is
lecturing in the fields of pharmaceutical law and medical ethics at the University of
Zurich, the Zurich University of Applied Sciences (ZHAW), and the University of
Geneva (UniGE). In October 2024, Julian was appointed as a member of the World
Health Organization (WHO) Research Ethics Review Committee (ERC) for the 2024
— 2027 term. In parallel, he is acting as lead scientific advisor for the review and reform
process of the Federal Law on the Genetic Testing of Humans (GUMG) by the Swiss
federal government.

Julian’s main research interests lie in the areas of pharmaceutical law and research
ethics, with a particular focus on precision medicine and Al-enabled innovation.
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Professor Kiran Musunuru

Developing and deploying personalized
gene-editing therapies

An actively practicing cardiologist and committed teacher, Kiran
Musunuru, MD, PhD, MPH, ML, MRA, is the Barry |. Gertz Professor
for Translational Medicine in the Perelman School of Medicine at the
University of Pennsylvania. His research focuses on the development
of novel gene editing therapies for the treatment of cardiovascular and
metabolic diseases. He is a recipient of the Presidential Early Career
Award for Scientists and Engineers from the White House, the
American Heart Association's Award of Meritorious Achievement and
Joseph A. Vita Award, the American Philosophical Society's Judson
Daland Prize for Outstanding Achievement in Clinical Investigation, the
American Federation for Medical Research's Outstanding Investigator
Award, Harvard University's Fannie Cox Prize for Excellence in Science
Teaching, and the University of Pennsylvania's Jane M. Glick Graduate
Student Teaching Award. He recently served as Editor-in-Chief of the
scientific journal Circulation: Genomic and Precision Medicine and is
the incoming Editor-in-Chief of The American Journal of Human
Genetics. He is author of The CRISPR Generation: The Story of the
World's First Gene-Edited Babies and Genome Editing: A Practical
Guide to Research and Clinical Applications. He is co-founder and
Senior Scientific Advisor of Verve Therapeutics.

Professor Michael S Pepper

Ensuring global access to advanced
therapies

Michael Pepper has made significant contributions in cellular and
molecular medicine to the fields of vascular biology and immunology.
He has held prominent positions at both the Universities of Pretoria
(UP) and Geneva (Switzerland). He is currently Director of the
Institute for Cellular and Molecular Medicine and the South African
Medical Research Council Extramural Unit for Stem Cell Research and
Therapy at UP. Michael is a member of the Academy of Science of
South Africa and has received a number of awards for his research
including the South African Health Excellence Award for Scientific
Excellence in 2019. His work has had an impact on the development of
cell and gene therapies in South Africa, and he continues to be a leading
figure in addressing ethical, legal, and social implications of research in
these areas.
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Professor Fyodor Urnov

Access and Affordability
Aof Gene Therapies

Manufacture, Derisking, and Clinical ARE
Deployment of Personalized Gene Ediiting X3
Therapies for Pediatric Inborn Errors of Immunity

‘—_izii Benefit-risk Commensurate Design,

Fyodor Urnov is a Professor of Molecular Therapeutics at UC Berkeley
and a Director at its Innovative Genomics Institute (IGl). He co-
developed the toolbox of human genome and epigenome editing, co-
named genome editing, and was on the team that advanced all of its
first-in-human applications to the clinic. He also led the effort that
identified the genome editing target for an approved medicine to treat
sickle cell disease and beta-thalassemia. A major goal for the field of
genome editing and a key focus of Fyodor's work is expanding access
to CRISPR therapies for genetic disease. As part of that effort Fyodor
directs the Danaher-IGl Beacon for CRISPR Cures - a first-in-class
academia-industry partnership developing and advancing to the clinic
CRISPR-based platform approaches to treat severe Mendelian diseases
of the immune system. In May 2025 a paper in the New England Journal
of Medicine described the world’s first on-demand engineered CRISPR
therapy for a newborn with a severe metabolic disorder; Fyodor was
the IGl lead of this 4-way collaboration between CHOP, Penn https://www.visitstrasbourg.fr/en/welcome-in-
Medicine, Danaher, and the |Gl that reduced the “CRISPR as a
platform” approach to clinical practice. Fyodor also directs the newly strasbourg/
established CZI-IGI Center for Pediatric CRISPR Cures that aims to

expand the “CRISPR on-demand” approach exemplified in that effort

to multiple additional pediatric patients with severe genetic diseases.

Enjoy Strasbourg!

Strasbourg, the European capital
and a jewel of Alsace listed by
UNESCO, is known for its rich
heritage, unique architecture,
and art of living.
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