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Day 1: New Challenges in Global Development
Day 2: Reality of “From Bench to Bedside”

KFC Hall | Ryogoku, Tokyo

Accelerated by new regulatory and legal systems that came into practice in
2013, development of regenerative medicine in Japan has attracted considerable
international attention. Many recent advances in the development of cell therapy
products in Japan have been reported in articles not only in scientific journals

but in more general publications. These advancements and reports have revealed:
numerous issues in the development, distribution, and post-market management ,

of these products.

Since 2016, DIA Japan has brought together stakeholders involved in developing
cell therapy products, particularly from industry and academia, for our annual

Cell Therapy Products Symposium, and we announce with great pleasure that our

".

: PROGRAM CHAIR
. Daisaku Sato, PhD
« Pharmaceuticals and Medical Devices Agen
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4th Cell and Gene Therapy Products Symposium is scheduled for December 16-17,, PROGRAM VICE-CHAIR

2019.

The mission of this Symposium - to exchange insights and ideas with relevant
regulatory and other government authorities that deepen mutual understanding
and resolve issues of concern around these products - has remained unchanged
since 2016. But in 2018, we expanded our agenda to include gene therapy,
reflecting scientific progress in this area as well as requests from these
stakeholders. Our agenda for 2019 has further expanded to cover essential
challenges and issues encountered in each stage of development, in a global
development strategy, for these novel therapeutics.

For 2019, three key opinion leaders will deliver keynote addresses on their
cutting-edge research; Professor Kounosuke Mitani, Saitama Medical University,
on genome editing; Professor Koji Eto, CiRA, on platelet production from iPS
cells; and Professor Hiroshi Shiku, Mie University, on CAR-T research. In addition,
speakers from PMDA will be joined by speakers from FDA and EMA to share
through lectures and joint panel discussions the current state of regulatory and
related frameworks across Japan, Europe, and the US.

While this program presents the opportunity to attend either the first or second
day independently, we invite you to participate through both days. For example,
approaching the comparability of cell/gene products will be discussed on day
one; day two will discuss updates on the Cartagena Act and on the concepts and
requirements for long-term post-marketing follow-up.

We hope that our 4th Cell and Gene Therapy Products Symposium will continue
to provide the best framework for exchanging knowledge and sharing insights
about these products in Japan, and also provide high-value networking
opportunities for you and your colleagues. We look forward to your active
participation in Tokyo.

DIA Japan
Nihonbashi Life Science Building 6F,
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DAY 1| Monday, December 16, 2019 |

Cell and Gene Therapy Products; New Challenges in Global Development

10:00-10:30 REGISTRATION

14:10-15:30 SESSION 2

10:30-10:45 WELCOME AND OPENING REMARKS

Akio Uemura, PhD

Senior Vice President & Managing Director, DIA Japan

Daisaku Sato, PhD

Program Chair

Associate Center Director for Advanced Evaluation with Electronic Data
and Medical Informatics and Epidemiology / Chief Management Officer,
Pharmaceuticals and Medical Devices Agency (PMDA)

10:45-11:15 EDUCATIONAL LECTURE

SESSION CHAIR

Teruyo Arato, PhD
Professor, Clinical Research and Medical Innovation Center, Hokkaido
University Hospital

Perspective of Genome Editing Tool

Teruhide Yamaguchi, PhD
Professor, Kanazawa-Instituite of Technology

Genome-editing technology that is used for modification and editing of target
gene, is widely developing and already applied to many clinical studies in
worldwide. The genome editing has several risks such as off-target effect,
chromosome translocation/deletion, and so on. As he will touch not only the
promise of this new technology, but also clinical effects, aspect on safety of
genome editing will be also discussed.

11:15-12:00 KEYNOTE ADDRESS 1

SESSION CHAIR

Masafumi Onodera, MD, PhD
Head of Genetic Research Department, National Center for Child Health
and Development

Challenges towards Therapeutic Genome Editing
Kohnosuke Mitani, PhD

Division Head / Professor, Gene Therapy Division, Research Center for
Genomic Medicine, Saitama Medical University

Genome editing is an ideal strategy for gene therapy to treat various disorders.
In contrast to the overexpression of therapeutic cDNA, genome editing enables
precise gene repair as well as ensures the stable and regulated expression of the

edited gene. The recent development of artificial nucleases, such as CRISPR-Cas9,

has made it possible to overcome the low efficiency of ta‘r%eted DNA integration,
gene repair and gene knockout, which are not feasible with conventional gene
addition theregox. Genome editing has already been used in clinical applications
for cancer and AIDS therapy, where the benefits outweigh the associated risks.
However, genome editing using donor DNA for homology-directed repair (HDR)
still has challenges with regard to its efficiency and safety. Off-target mutations
have not been fully evaluated concerning the infidelity of nucleases or random
chromosomal integration of donor DNA.” Careful consideration is necessary to
establish clear criteria for when gene editing therapy should be selected over
current gene addition therapy.

12:00-13:30 LUNCH BREAK/
INTRODUCTION OF EXHIBITORS

13:30-14:10 SESSION 1

Japanese Standards for Biological Raw Materials
in the Development of Regenerative Medical
Products: From Industry Viewpoints

SESSION CHAIR

Yoji Sato, PhD

Head, Division of Cell-Based Therapeutic Products, National Institute of
Health Sciences (NIHS)

We sometimes face to regulatory challenges related to the Standards for Biological Raw
Materials, in the development of regenerative medical products in Japan.

In this session, after the introduction of the background and perspectives of the Standards, key
operational issues and possible solutions will be discussed during the panel discussions from
companies’ viewpoints by the representatives from each industry group.

The Background and Perspectives of the Standards for
Biological Raw Materials

Yoji Sato, PhD

Head, Division of Cell-Based Therapeutic Products, National Institute
of Health Sciences (NIHS)

Panel Discussion

Session Speaker and

Satoru Hayata, MS
Chair, Biological Products Sub-committee, EFPIA / GlaxoSmithKline
K.K.

Shunsuke Saito, MS
SAMURAI Biotech Association / HEALIOS K.K.

Yasushi Shikata, PhD
Biopharmaceutical Committee, JPMA / Eisai Co., Ltd

Toshimitsu Tanaka, MS
Regulatory Committee, FIRM / Astellas Pharma Inc.

Concept of Comparability in Cell and Gene Products

SESSION CO-CHAIRS

Masaki Kasai, PhD

Principal Reviewer, Office of Cellular and Tissue-based Products,
Pharmaceuticals and Medical Devices Agency (PMDA)

Keiji Miyamoto

Principle, Regulatory Affairs Group, Post-Marketing Regulatory Affairs
Department, R&D Division, Daiichi Sankyo Co., Ltd.

The manufacturers of regenerative medicines make changes during the development and
after approval, for the purposes of improving the process, scale-up, site-changes, and so on.

As an approach to explain comparability, some cases are appropriate to follow the
biotechnological products, while some cases are not, then the extent of requirement to
demonstrate comparability is an issue.

In this session, we will have speakers who will share their insights and experiences.

The panel discussion will follow to figure out the general considerations and approaches to
the current issues.
The Concept of Comparability in Cell and Gene Therapy
Akiyoshi Kunieda
Reviewer, Office of Cellular and Tissue-based Products, Pharmaceuticals
and Medical Devices Agency (PMDA)

Comparability in Manufacturing and Characterization of
Regenerative Medical Products

Yoji Sato, PhD

Head, Division of Cell-Based Therapeutic Products, National Institute of
Health Sciences (NIHS)

Comparability Test for Cellular Products in the Case of Addition
of Manufacturing Site

Shin Kawamata, MD, PhD

Director, Research & Development Center for Cell Therapy, The
Foundation for Biomedical Research and Innovation

Points to Consider of Comparability in Viral Vectors

Masafumi Onodera, MD, PhD

Department Head, Department of Human Genetics, National Center for
Child Health and Development

15:30-16:00 COFFEE BREAK/
INTRODUCTION OF EXHIBITORS

KEYNOTE ADDRESS 2

16:00-16:45
SESSION CHAIR

Daisaku Sato, PhD
Associate Center Director for Advanced Evaluation with Electronic Data
and Medical Informatics and Epidemiology / Chief Management Officer,
Pharmaceuticals and Medical Devices Agency (PMDA)
Industrial Scale Manufacturing Platelets Using iPS Cell
Technology
Koji Eto, MD, PhD
Professor, Department of Clinical Application, Center for iPS Cell
Research and Application, Kyoto University

16:45-17:25 SESSION 2 - PANEL DISCUSSION
SESSION CO-CHAIRS

Keiji Miyamoto

Principle, Regulatory Affairs Group, Post-Marketing Regulatory Affairs
Department, R&D Division, Daiichi Sankyo Co., Ltd.

Daisaku Sato, PhD
Associate Center Director for Advanced Evaluation with Electronic Data
and Medical Informatics and Epidemiology / Chief Management Officer,
Pharmaceuticals and Medical Devices Agency (PMDA)
Panel Discussion
All Speakers for Session 2 and
Koji Eto, MD, PhD
Professor, Department of Clinical Application, Center for iPS Cell
Research and Application, Kyoto University

17:30-19:00 NETWORKING RECEPTION




DAY 2 | Tuesday, December 17, 2019 |

Cell and Gene Therapy Products; Reality of “From Bench to Bedside”

8:30-9:00 REGISTRATION

9:00-9:10 OPENING - DAY 2

Current Status of Cell and Gene Therapy in the World

Masafumi Onodera, MD, PhD
Department Head, Department of Human Genetics, National Center for Child
Health and Development

9:10-11:20 SESSION 3

Correspondence to Cartagena Law - Operation for
Type 1 Use Regulations and Evaluation of Any Risks
from Environmental Impact

SESSION CHAIR

Eriko Uchida, PhD

Section Chief, Section 1, Division of Molecular Target and Gene Therapy
Products, National Institute of Health Sciences (NIHS)

A procedure in conformity with so-called Cartagena law is to take on the occasion of development
and the commercialization of gene therapy products in Japan. Among them, for the products
used without taking containment measures, it is necessary to take the approval of the Type 1Use
Regulation by the Minister of Health, Labour and Welfare and to establish the operational condition
aligned with the regulation in advance of the beginning of a clinical trial.

In this session, we ask PMDA to explain the key points to note in the preparation of the application
form and the biological diversity risk assessment report and help form a definite concept for the
regulation. Inaddition, we also ask several presenters with such experiences from the companies
and a medical institution to show their cases with problems and solutions and talk about the issues
comprehensively as a panel discussion form.

Outline of Mock-up of Type 1 Use Regulations and Points to
Consider for Biological Diversity Risk Assessment Report
Takami Ishizuka, PhD

Principal Reviewer, Office of Cellular and Tissue-based Products,
Pharmaceuticals and Medical Devices Agency (PMDA)
Operations by Company (Adeno-associated Virus (AAV))

Hiroshi Miyashita, MSc
Clinical Project Manager, Clinical Operations, Pfizer R&D Japan

Operations by Company (Adenovirus)
Hiroyuki Suda, MSc
Global Head of Development, Cuorips Inc.

A Good Practice for the Cartagena Protocol in Clinical Sides

Masafumi Onodera, MD, PhD
Department Head, Department of Human Genetics, National Center for
Child Health and Development

Panel Discussion
All Session Speakers

11:20-11:50 COFFEE BREAK

11:50-12:40 KEYNOTE ADDRESS 3

SESSION CHAIR

Daisaku Sato, PhD

Associate Center Director for Advanced Evaluation with Electronic Data
and Medical Informatics and Epidemiology / Chief Management Officer,
Pharmaceuticals and Medical Devices Agency (PMDA)

Adoptive Cell Therapy with TCR-gene Engineered T Cells -
Specificity, Construct and Cells -

Hiroshi Shiku, MD, PhD
Professor, Department of Immuno-Gene Therapy and Personalized
Cancer Immunotherapy, Mie University Graduate School of Medicine

Adoptive cell therapy with gene-engineered T cells is a promising approach of
cancer immunotherapy. Two approaches, CAR (Chimeric Antigene Receptor) /
TCR(T cell Receptor) T cells have been challenged. We have developed a unique
retroviral vector that encodes tumor-specific TCR, mutated for high affinity, and
SiRNAs that specifically downregulate  endogenous TCR in lymphocytes. This
vector could minimize the risk to create mis-paired TCR. Utilizing this novel vector,
we started FIH trial of NY-ESO-1 targeted TCR gene therapy as an investigator
multi-initiated institutional clinical trial. Patients were pre-conditioned with
cyclophosphamide before administration of TCR gene engineered T cells. Patients
receiving 5x109 cells developed cytokine release syndrome (CRS) reminiscent of
CD19 CAR, with elevation of serum IL-6 and IFN-gamma, which were resolved with
tocilizumab. Three synovial sarcoma patients showed tumor responses. This is a
joint development by Mie University and Takara Bio Inc. proposing an example of
academia-company collaboration of an original cancer therapy in Japan.

12:40-14:10 LUNCH BREAK

14:10-15:40 SESSION 4

Regulatory Dialog in US, EU and Japan; Risk
Balance on Pre/post-market to Treated Patients as
Gene Therapy

SESSION CO-CHAIRS

Masafumi Onodera, MD, PhD
Department Head, Department of Human Genetics, National Center for
Child Health and Development

Daisaku Sato, PhD

Associate Center Director for Advanced Evaluation with Electronic Data

and Medical Informatics and Epidemiology / Chief Management Officer,
Pharmaceuticals and Medical Devices Agency (PMDA)

Development of gene therapy products is in progress over the world, and the monitoring of
efficacy and safety after treatment is extremely important based on the characteristics compared
with conventional medicines. It is necessary to consider risk management planning and risk
assessment as innovative new drugs. Post marketing surveys as registration of all cases of treated
patients are requested in Japan basically. Also, guidance for follow-up of patients administered
with gene therapy medicinal products are prepared by both EMA and FDA recently.

In this session, DIA invite o the regulators of FDA and EMA and PMDA. They will explain “risk
balance on pre-/post- market to treated patients as gene therapy” form point of each health
authority’s point of view, including of points on their accelerated review process (BT, RMAT,
PRIME, Sakigake).

In the panel discussion, two experts will ask them about important points to consider, such as the
necessary period of long-term follow up, and the view of the education program for patients and
doctors using gene products.

Risk Balance on Pre-/post-market to Treated Patients as Gene
Therapy in US (Tentative)

Wilson W. Bryan, MD

Director, Office of Tissue and Advanced Therapies, CBER, FDA

Pre- and Post-approval Safety and Efficacy Data Generation for
Advanced Therapy Medicinal Products: Experience in Europe
Patrick Celis, PhD

Scientific Administrator, European Medicines Agency (EMA)

Risk Balance on Pre-/post-market to Treated Patients as Gene
Therapy in Japan

Megumi Kawamoto, PhD

Reviewer, Office of Cellular and Tissue-based Products, Pharmaceuticals
and Medical Devices Agency (PMDA)

Panel Discussion
All Session Speakers

15:40-16:10 COFFEE BREAK

16:10-17:30 SESSION 5

Data Collection and Utilization for Gene Therapy
Products after Launch
SESSION CHAIR

Sumimasa Nagai, MD, PhD
Senior Assistant Professor, Translational Research Center, The University of
Tokyo Hospital

In 2019, two gene therapy products have been approved as regenerative medicine in Japan,
marking the first year of Japan’s gene therapy commercialization.

Gene therapy products are the products that highly require continuous evaluation of efficacy and
safety even after the launch in the market. Given the circumstances where more gene therapy
products are expected to be approved in the future, pharmaceutical companies are taking an
increasing interest in procedures for relevant data collection, such as scheme and contents and
how to utilize them.

In this session, the specialists will explain the current situation surrounding the ongoing data
collection for the two gene therapies approved this year. In addition, we will discuss how to plan
and prepare appropriate data collection measures for future gene therapy products.
Hematopoietic Cell Transplantation and Cellular Therapy
Registry in Japan
Yoshiko Atsuta, MD, PhD
Head, The Japanese Data Center for Hematopoietic Cell Transplantation
(JDCHCT)
Post Marketing Strategies of Novel Gene Therapy Product
Collategene
Mitsuaki Chujo, PhD
Director, Pharmacovigilance Department, AnGes, Inc.

Panel Discussion

All Session Speakers and

Wilson W. Bryan, MD

Director, Office of Tissue and Advanced Therapies, CBER, FDA

Patrick Celis, PhD

Scientific Administrator, European Medicines Agency (EMA)

Kazuhisa Koike, PhD

Principal Inspector, Office of Pharmacovigilance Il, Pharmaceuticals and
Medical Devices Agency (PMDA)

17:30-17:40 CLOSING REMARKS

Yasuko Terao, PhD
Program Vice-chair

Director, External Collaboration and Portfolio Management Department,
Clinical Science Division, R&D, Janssesn Pharmaceutical K.K..



REGISTRATION FORM: Register online or forward to
DIA Japan, Nihonbashi Life Science Building 6F, 2-3-11 Nihonbashi-

honcho, Chuo-ku, Tokyo 103-0023 Japan

tel +81-3-6214-0574 « fax +81-3-3278-1313
4th DIA Cell Therapy and Gene Therapy Products Symposium in Japan
Event #19313 « December 16-17, 2019 | KFC Hall, Ryogoku, Tokyo
Address: 1-6-1 Yokoami, Sumida-ku, Tokyo 130-0015

DIA will send participants a confirmation letter within 10 business days after receipt of
their registration.

Registration Fees [f DIA cannot verify your membership, you will be charged the nonmember
fee. Registration fee includes refreshment breaks and reception (if applicable), and will be ac-
cepted by mail, fax, or online.

Join DIA now to save on future meetings and to enjoy the benefits of membership for a
full year: www.DIAglobal.org/Membership

O DO want to be a DIA member
QO DO NOT want to be a DIA member

10% CONSUMPTION TAX INCLUDED

2 DAYS DAY 1ONLY DAY 2 ONLY

Early Bird
(Until Nov, 25, 2019) ¥46,200 O | ¥31,9000 | ¥31,9000
Industry
On of After
Nov.26, 2019 ¥52,800 0 | ¥35,2000 | ¥35,20001
MEMBER *
Government, |[Early Bird
Non profit, . lcuntil Nov. 25, 2019) ¥24,750 Q| ¥14,8500 | ¥14,850 0
Academia, oy of After
Medicals Nov.26, 2019 ¥27,500 0 | ¥16,500 0| ¥16,50001
Industry ¥72,050 O | ¥44,8250 | ¥44,8250
DNeLIISNI18 Government, ¥46,750 O | ¥26,1250 | ¥26,1250
Non Profit, Academia, Medicals ¥40,700 0| ¥23,5000 | ¥23,5000
Membership ¥19,250 O
(20112381112 2-Year Membership ¥34,650 0
Academia Membership
(Academia, Medicals)** ¥13,20000

Early Bird Deadline: November 25, 2019
* Including members of Forum for Innovative Regenerative Medicine (FIRM).

**To register for Academia Membership, please send this form to DIA Japan office by fax or
e-mail.

Please check the applicable category:

O Academia O Government Q Industry O Medicals

O CSO (Contract research/service organization) O Student (Call for registration information)

Last Name

First Name M.l

Degrees Q b QM. Q Ms

Job Title

Company

Address (As required for postal delivery to your location)

City State Zip/Postal Country

email Required for confirmation

Phone Number Required Fax Number

TRAVEL AND HOTEL
Dai-ichi Hotel Ryogoku is convenient accomodation adjacent to the
venue. To reserve, please contact the Dai-ichi Hotel Ryogoku below.

Address:  1-6-1 Yokoami, Sumida-ku, Tokyo 130-0015, Japan
Telephone: +81-(0)3-5611-5211 / Fax: +81-(0)3-5611-5212
email: daiichi-hotel@dh-ryogoku.com

URL: http://www.dh-ryogoku.com/english/index.html

DIA Terms and Conditions

CANCELLATION POLICY: On or before December 9, 2019

Administrative fee that will be withheld from refund amount:

Member or Nonmember = ¥20,000(2 days)/ ¥10,000(1 day)
Government/Academia/Nonprofit

(Member or Nonmember) = ¥10,000(2 days)/ ¥5,000(1 day)
Cancellations must be in writing and be received by the cancellation date
above. Registrants who do not cancel by that date and do not attend will
be responsible for the full registration fee paid.

Registrants are responsible for cancelling their own hotel and airline
reservations. You may transfer your registration to a colleague at any time
but membership is not transferable. Please notify DIA of any such substi-
tutions as soon as possible. Substitute registrants will be responsible for
nonmember fee, if applicable.

DIA does NOT allow registrants to pass name badges to others. DIA may
ask attendees to show identifications, if necessary.

DIA reserves the right to alter the venue, if necessary. If an event is
cancelled, DIA is not responsible for any airfare, hotel or other costs
incurred by registrants.

EVENT STREAM AND RECORDING

If you attend a DIA event, we make video and audio recordings of events
(both face to face and online) that may include your participation in the
event, including your image, questions and comments. To view our full
photography and video recording policy, click here.
(https://www.DIAglobal.org/general/photography-policy)

PRIVACY STATEMENT

DIA respects the privacy of all of its members and customers. To view our pri-
vacy policy, click here. (https://www.DIAglobal.org/about-us/privacy-policy)
You agree that your personal data will be transferred to DIA in the US.
The personal information provided when you register for an event will be
used to contact you with information about upcoming events, programs,
products and services of DIA. In addition, your name and organization
name will be listed in the Attendee List which will be distributed on site to
the participants of an event for which you have registered. By submitting
this information with a registration you are regarded as having agreed to
this handling of information, but if you do not agree, please contact DIA
Japan.

By signing below | confirm that | agree with DIA’s Terms and Conditions of
booking. These are available from the office or online by clicking here.
(https://www.diaglobal.org/General/Terms-and-Conditions?productIDs=7575682)

Signature Date

PAYMENT OPTIONS
Register online at www.DIAglobal.org or check payment method.

O BANK TRANSFER:
You will recieve an invoce with bank information detail by email after
registration completion.
All local and overseas charges incurred for the bank transfer must
be borne by payer.

O CREDIT CARD (VISA, MASTERCARD OR JCB ONLY)

d visA OmMc OJce Exp. (mm/yy)

Card No

Cardholder Name

Signature

CONTACT INFORMATION
Contact the DIA Japan office in Tokyo for further information.

email: Japan@DIAglobal.org
www.diajapan.org

tel: +81.3.6214.0574 | fax: +81.3.3278.1313
DIA
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courses, scientific publications, and
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year, all around the world.
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