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9th DIA Cell and Gene Therapy Products
‘ Symposium in Japan
Development of Next-Generation Cell and Gene Products

- Issues in Development of Existing Products and Prospects for
Practical Application of Next Generation Products/-

December 11-12, 2024
Hybrid | Nihonbashi Life Science Building & Online

Previous symposiums have discussed issues in research and development of cell and

gene therapy products at various stages toward industrialization and implementation,
sometimes anticipating and sometimes reflecting on the progress of regenerative
medicine. Cell and gene therapy products have been increasingly recognized among
treatment options with a steady increase in the number of marketing approved products
in Japan. In addition, improvements in manufacturing technologies and efficiency in the
product supply chain are being considered, and this aspect of industry is also expected to
grow. Furthermore, research and development of products with new mechanisms of action

and therapeutic concepts that are beyond the framework of existing product modalities are

progressing, and there are high expectations for the practical application of new products
that can be called as “next generation” products.

On the other hand, the spread of new therapies and products always comes with new
challenges and issues: healthcare professionals are facing issues from their respective
positions on how to use and handle them, companies are tackling issues in product
development and manufacturing, and regulatory authorities are managing evaluation
methods, regulatory science, and other matters.

This symposium will continue to provide a forum for sharing issues among industry,
government, and academia, and for constructive discussions on solutions.

This year, we would like to deepen our discussions about the issues necessary to achieve
further development of cell/gene therapy products as an industry, as well as initiatives to
efficiently develop next-generation products. The following five sessions are planned.

+Issues in Clinical Use of Out-of-Specification Autologous Cell Products

*Role of CMC Regulatory Affairs and Importance of CMC Regulatory Strategy
*New Technologies and Challenges of Adeno-Associated Viral Vector Products
«Consider the Price and Economics of Regenerative Medicinal Products

*Expectations and Challenges for Extracellular Vesicles

Keynote lectures and other presentations will deliver the latest topics from academic
researchers who are pursuing the practical application of next-generation products, and
from government and regulatory authorities who support development of cell and gene
therapy products.

To make this symposium useful according to the needs and convenience of everyone, this
symposium will be held in a hybrid format. Presentation materials and lecture videos will
be distributed after the symposium*. Our annual networking event will be held on the
evening of Day 1 for participants to freely exchange opinions.

We look forward to seeing many participants this year

* Please note that there may be restrictions on recording and sharing materials based on
the content and nature of each session or lecture.

Simultaneous interpretation by Al system

Exhibit Opportunities Available

For information, contact DIA Japan

Nihonbashi Life Science Building 6F,

2-3-11 Nihonbashihoncho, Chuo-ku, Tokyo 103-0023 Japan
Tel: +81.3.6214.0574 | Email: Japan@DIAglobal.org
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Nihonbashi Life Science Building 6F, 2-3-11 Nihonbashihoncho,
Chuo-ku Tokyo 103-0023Japan
Tel +81.3.6214.0574 | Japan@DIAglobal.org
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PROGRAM CHAIR

Kiyoshi Okada, MD, PhD
Osaka University

PROGRAM VICE-CHAIR

Hiroyuki Suda, MSc
KORTUC JAPAN LLC.

Yasuko Terao, PhD
Takeda Pharmaceutical Co., Ltd.

PROGRAM COMMITTEE
Teruyo Arato, PhD

Hokkaido University Hospital
Ryutaro Hirasawa, PhD
Daiichi Sankyo Co., Ltd.

Akiko lkeda

Kalvista Pharmaceuticals Japan K.K.
lkuo Kawauchi

FUJIFILM Holdings Corporation
Keiji Miyamoto

Daiichi Sankyo Co., Ltd.
Sumimasa Nagai, MD, PhD
Kyoto University

Shinichi Noda, PhD
Pharmaceuticals and Medical Devices Agency
Maki Tanaka

Takara Bio Inc.

Yoshie Tsurumaki

Novartis Pharma K.K.

Satoshi Yasuda, PhD

National Institute of Health Sciences

Mika Yoshimatsu, PhD
Janssen Pharmaceutical K.K.
PROGRAM ADVISER
Masafumi Onodera, MD, PhD

National Center for Child Health and Development
(NCCHD)

DIA Japan Operation Team
Futaba Nagata

PPG Service K.K.

Akiko Nishioka

Novartis Pharma K.K.

SH DIA JAPAN
Shogo Nakamori

DIA volunteers, members, and staff
provide a comprehensive catalogue
of conferences, workshops, training
courses, scientific publications, and
educational materials, throughout the
year, all around the world.
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9:30-10:00 REGISTRATION

14:30-15:10 EDUCATIONAL LECTURE 2

10:00-10:10 WELCOME AND OPENING REMARKS

Shogo Nakamori, MSc, RPh, MBA
DIA Japan

Kiyoshi Okada, MD, PhD

Program Chair/Osaka University

10:10-10:30 INSPIRING SEMINAR

Development Status and Future Challenges for Gene Therapy
Products

SESSION CHAIR:
Kiyoshi Okada, MD, PhD
Osaka University

Masafumi Onodeara, MD, PhD
National Center for Child Health and Development (NCCHD)

10:30-12:15 SESSION 1

Ethical Perspectives and Industry-Academia-Government
Initiatives on the Provision of out of Specification Products
of Autologous Cell Products

This session discusses the ethical aspects and industry-academia-
government efforts regarding the provision of out of specification products
(00S) occurred for autologous cell products. Due to the variability in
quality, especially in patient-derived raw material based products, 00S
arise. It is important to improve manufacturing methods and specifications
based on the information at post-approval, but OOS provision sometimes
needs to be considered in the case that no available treatment remains
and re-manufacturing is difficult. The session exchanges opinions on an
appropriace way of OOS provision from industry-govenment-academia
perspectives and discusses how to approach new challenges at post-
approval.

SESSION CHAIR:
Masafumi Onodeara, MD, PhD
National Center for Child Health and Development (NCCHD)
Yoshie Tsurumaki
Novartis Pharma K.K.
TBD
Yayoi Kitawaki, MSc, Meng
Novartis Pharma K.K.
TBD
Akira lino
Ministry of Health, Labour and Welfare, Japan(MHLW)
TBD
Koji Kato, MD, PhD
Kyushu University
Panel Discussion
All Session Speakers, and
Kiyoshi Okada, MD, PhD
Osaka University

12:15-13:40 LUNCH BREAK

13:40-14:10 EDUCATIONAL LECTURE 1

Board Certified Institution for Regenerative Medicine (Tentative)

SESSION CHAIR:
Kiyoshi Okada, MD, PhD

Osaka University

Masato Saito
Tokai University Tokyo Hospital

14:10-14:30 COFFEE BREAK

2

Pioneering the Future of mRNA Therapeutics with CRISPR-
Cas3 Technology

SESSION CHAIR:
Hiroyuki Suda, MSc
KORTUC Japan LLC.

Tomoji Mashimo, PhD
The University of Tokyo

15:10-17:10 SESSION 2

CMC Regulatory Affairs Professionals - a Key Player for
Successful Development of Cell and Cene Therapy Products -

This is a session of CMC-RA, by CMC-RA, for CMC-RA. Ex-commissioner of
FDA, Dr. Scott Gottlibe mentioned “In contrast to traditional drug review,
where 80% of the review is focused on the clinical portion of that process,
and maybe 20% is focused on the product issues, I'd say that this general
principal is almost completely inverted when it comes to cell and gene
therapy.” In other words, CMC review is more weighted in cell/gene therapy
products, and necessity of regulatory professionals with CMC expertise
would be incleased. CMC sessions of the past symposium have coverd several
CMC-relatated topics such as viras safety, compalability, change control.

This year, we would like to focus on “role and responsibility of CMC-RA
professionals” and discuss on cultivation and training of CMC-RA expertise in
the cell and gene therapy field.

SESSION CHAIR:
Ryutaro Hirasawa, PhD
Daiichi Sankyo Co., Ltd.
Akiyo Fujikawa
Aurion Biotech Japan, LLC.
Effective CMC Regulatory Vommunication for Successful Development of
Cell and Gene Therapy Products. (Tentative)
Kenichiro Maeda, PhD
Pharmaceuticals and Medical Devices Agency(PMDA)
Roles and Preferable Characteristics of CMC Regulatory Affairs Professionals
for Cell and Gene Therapy Product Development in Academia. (Tentative)
Masao Sasai, PhD
Osaka university
Points to Consider for CMC Regulatory Strategy in Cell and Gene Therapy
Products.(Tentative)
Rou Irisawa
Irisawa consulting, LLC.
Efforts for Expertise Cultivation of CMC Regulatory Affairs Professonals.
(Tentative)
TBD
Daiichi Sankyo Co., Ltd.
Panel Discussion
All Session Speakers

17:10-17:15 DAY 1 WRAP-UP

Yasuko Terao, PhD
Program Vice-Chair/Takeda Pharmaceutical Co., Ltd.

17:30-19:00 NETWORKING
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9:00-9:30 REGISTRATION

9:30-11:15 SESSION 3

AAV Gene Therapy - Now and Then

Adeno-associated virus (AAV) is widely used as a vector for in vivo gene
therapy. Currently, numerous clinical trials using AAV vectors for gene
therapy targeting various diseases are underway worldwide, and several
gene therapy products have been approved and are in practical use. As data
on the safety and efficacy of AAV vectors accumulate, this session will bring
together experts from various fields to discuss the latest research findings
and examples of development trends and challenges in AAV gene therapy.
Topics will cover a wide range of stages from early development to non-
clinical testing, manufacturing, quality control, clinical trials, challenges in the
practical application of AAV gene therapy, and discussion of solutions.

SESSION CHAIR:
Teruyo Arato, PhD
Hokkaido University Hospital
Challenges and Expected Solutions for Gene Therapy Using AAV Vectors
Takashi Okada, MD, PhD, DipWSET
The University of Tokyo
Development of AAV Gene Therapy Targeting Hereditary Deafness
Kazusaku Kamiya, PhD
Juntendo University Faculty of Medicine
Current status and Issues in Manufacturing and Characterization of AAV
Vectors at each Development Stage
Susumu Uchiyama, PhD
Osaka University
Development of Gene Therapy Products - Nonclinical Evaluation of Gene
Therapy Using AAV Vectors -
Yusuke Kagawa
Novartis Pharma K.K.
Panel Discussion
All Session Speakers, and
Yasuhiro Kishioka., PhD
Pharmaceuticals and Medical Devices Agency(PMDA)

1:15-11:25 SHORT BREAK

Maki Tanaka
Takara Bio Inc.

11:25-12:05 SPECIAL SESSION:KEYNOTE ADDRESS 1+DISCUSSION

The Future Development of Regenerative medicine

SESSION CHAIR:

Shinichi Noda, PhD
Pharmaceuticals and Medical Devices Agency(PMDA)

Keiji Miyamoto
Daiichi Sankyo Co., Ltd.
Yoshiaki Maruyama, PhD

Pharmaceuticals and Medical Devices Agency(PMDA)

Panel Discussion

All Session Speakers, and

Kiyoshi Okada, MD, PhD

Osaka University

Hiroyuki Kanoh

Forum for Innovative Regenerative Medicine (FIRM)

12:05-13:00 LUNCH BREAK

13:00-15:00 SESSION 4

Considering the Price and Economic Viability of
Regenerative Medicine Products

There are also several regenerative medicine products that have been
developed overseas but have not yet been started in Japan, and the issue

of drug-loss has not yet been resolved. In this session, we will consider the
causes of this, we would like to discuss the issue of fair pricing as one factor of
this problem, including the price difference between Japan and overseas and
re-consider the drug price system, and discuss what the desirable direction

is. We will have a lecture on the current situation analysis to grasp the current
situation of drug-loss, the government’s approach to regenerative medicine
products, and the problems from the perspective of medical economics. After
that, we would like to hear from both the industry and medical institutions
about the ideal system and current issues for more patients to use regenerative
medicine products.

SESSION CHAIR:

Kiyoshi Okada, MD, PhD  Akiko lkeda
Osaka University Kalvista Pharmaceuticals Japan K.K.

TBD

Takeshi Yanagimoto

Boston Consulting Group Japan

TBD

Keita Komatsu

Ministry of Economy, Trade and Industry (METI)
TBD

Hiroyuki Kanoh

Forum for innovative Regenerative Medicine (FIRM)
TBD

Masayo Takahashi, MD, PhD

VCCT Inc.

Panel Discussion

All Session Speakers

15:00-15:15 COFFEE BREAK

15:15-17:15 SESSION 5

Toward the Industrialization of Extracellular Vesicles for
Therapeutic Use

Extracellular vesicles (EVs) is defined as “particles that are released from
cells, are delimited by a lipid bilayer, and cannot replicate on their own.”
They contain substances that transmit information between cells and growth
factors that promote tissue regeneration, and are expected to be used as
biomarkers and for therapeutic purposes.

Focusing on therapeutic applications, the first half of this session will explain
expectations for EVs and challenges for their practical application, examples
of therapeutic product development and associated issues, and the second
half will explain the status of studies on technologies and guidance to
address assumed issues such as characterization and purification. In the panel
discussion, issues raised in the lectures will be organized and what is needed
to solve them will be discussed.

SESSION CHAIR:
Shinichi Noda, PhD
Pharmaceuticals and Medical
Devices Agency(PMDA)

Expectation and Challenges for the Therapy by Extracellular Vesicles

Takahiro Ochiya, PhD

Tokyo Medical University

Development of Therapeutic Products using Extracellular Vesicles and

Associated Challenges

Yu Fujita, MD, PhD

The Jikei University School of Medicine

Early Consideration: Discussion Points of Quality Control of the
Product Derived from Evs

Akira Sakurai, PhD

Pharmaceuticals and Medical Devices Agency(PMDA)
Characterization of Extracellular Vesicles

Hirotaka Nishimura

National Institute of Health Sciences

TBD

lkuo Kawauchi

FUFIFILM Holdings Corporation

Panel Discussion

All Session Speakers

17:15-17:55

lkuo Kawauchi
FUFIFILM Holdings Corporation

KEYNOTE ADDRESS 2

Developing iPS Cell-Derived immunotherapy Products
SESSION CHAIR:

Ryutaro Hirasawa, PhD

Daiichi Sankyo Co., Ltd.

Shin Kaneko, MD, PhD
Kyoto University

17:55-18:00 CLOSING REMARKS

Hiroyuki Suda, MSc
Program Vice-Chair/KORTUC Japan LLC.
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