International Society for Cellular Therapy

A New Vision for Partnership

ISCT Industry Task Force
Summary of Recommendations



International Society for Cellular Therapy

ISCT is the premier global association
driving translation of scientific research
to deliver innovative cell therapies to
patients

Challenge: Maintaining excellence in a dynamic cell
therapy landscape



Industry Task Force Charter

e Emphasize reciprocal value in the relationship of
industry to other stakeholders in commercialization

e Evaluate the current status and implement defined
participatory roles for industry within ISCT



Commercialization Relationships

Therapeutic Areas

— Risk/benefit analysis against
current standard of care

— Clinical endpoints for success

Stem and Progenitor Cells

— Standards of cell characterization
for Regulatory agencies and
physician selection

Regulatory
— Global patient safety
— Clinical development strategies

Industry
CO”eCtive — Development experience

— Capital support of approval trials



Industry Task Force Objectives

Gather information and assess value and prioritize options

Define expectations and value in the relationship between
industry, ISCT, and external societies

Evaluate the structure of ISCT sub-committees with
recommendation for industry participation and function

An action plan and benchmarks to assess policy
implementation

Create an appropriate role for industry input to the ISCT
Executive Team



ISCT Industry Task Force — International Membership

First Last
Name Name Title Company
Robert Deans VP, Regenerative Medicine Athersys, Inc.
Richard Maziarz Professor of Medicine Oregon Health and Science University
Kurt Gunter Global Medical Director, Regenerative Hospira
Medicine
Tim Allsopp Head of Cell Improve Outreach Pfizer Regenerative Medicine
Programme
Mark Bonyhadi Director of Global Clinical Business Invitrogen
Development, CT
Scott Burger Principal Advanced Cell & Gene Therapy
Melissa Carpenter Senior Scientific Advisor Proteus Ventures
Tara Clark General Manager, Clinical Ops Miltenyi
Chuck Cox Adjunct Professor University of Texas
Dawn Driscoll Principal DCi Biotech Inc
Ed Field President and COO Aldagen, Inc.
Ralf Huss Professor Roche
Rene Lardenoije | CTO Pharmacell
Tracey Lodie Staff Scientist, Cell Therapy Genzyme Corporation
Chris Mason Professor University College London
Rod Monroy Sr Director, Prochymal Osiris Therapeutics Inc
Robert Preti President, Chief Scientific Officer Progenitor Cell Therapy, L.L.P.
John Rasko Director Cellular Molecular Therapies, RPA Hospital
Jon Rowley Director, Cell Therapy R&D Lonza Walkersville




Feedback from Polling

e Education: cell characterization, cell processing and
manufacturing standards

e Strong mandate to work with ISCT Cell and Therapeutic Area
committees and identify commercialization bottlenecks and
solutions

e Access to key opinion leaders (KOL) in therapeutic disease
societies and stem cell basic sciences for open forum discussion
of commercialization strategies



Feedback

e Priority
— Clinical trial design in emerging therapeutic areas
— Open dialogue around endpoints and dosing decisions

e |SCT can best engage industry (outside its membership roster) with:
— Focused industry workshops at therapeutic disease societies
— Hosting global workshops on emerging translational therapies

— Annual meetings and webinars as platforms of choice for
international dialogue

— Cataloging global regulatory guidelines for cell therapy



Recommendations

Re-charter Commercialization Committee and strengthen
relationship to ISCT committees

Build stronger relationship between industry and ISCT
through Industry Community

To identify an appropriate role for industry participation on
the ISCT executive team

Adopted by the ISCT Executive Team on May 14 2010



CC Sub Committees

The CC should have 4 subcommittees:

1. Process and Product Development Technology

2. Business models, Reimbursement and COGS

3. Education

4. Clinical Development and New Product Introduction



Subcommittees

Business Models, Reimbursement
Process and Product Development and COGS

Technology
To define economic aspects of manufactu
clinical cell products and tools influencing
reimbursement and acceptance
as standard of care

To assess emerging cell processing
technologies and forecast
their impact on the commercialization proc

Education Clinical Development and
New Product Introduction

To construct educational platforms
that drive commercialization objectives To address unmet patient needs by
with external societies and industry connecting industry, academia, and
community global regulatory agencies




Centralizing Perspectives

Therapeutic Area Committee

1. Open development processes and education to clinical partners and regulators
2. Scalable and economic practices sufficient to meet payer expectations and gain
acceptance as SOC

Commercialization Committee Stem Cell Committee



Standards and Risk/Benefit Analysis in Emerging
Therapeutic Areas

Stem Cell Therapies as an Emerging Paradigm in
Stroke (STEPS) STROKE

Bridging Basic and Clinical Science for Cellular and Neurogenic Factor
Therapy in Treating Stroke

The STEFS Participamts®

Toward MSC in Solid Organ Transplantation: TRAN SPLANTATION
2008 Position Paper of the MISOT Study Group

Mirc H. Dakhike, ™™ Martin Hoogduifn,” Elke Egrembofer,’ Felix C. Popp,” Philipp Renmer,!

Stem cell transplantation in multiple sclerosis: NATURE REVIEWS
current status and future prospects NEUROLOGY

Gianvito Martino, Robin J. M. Franklin, Anne Baron Van Evercooren, Douglas A. Kerr and the Stem Cells

in Multiple Sclerosis (STEMS) Consensus Group




Value Relationship between industry and ISCT

e Creation of an Industry Community. This is a sponsorship
based participation opportunity for industry to access value
through ISCT replacing traditional corporate membership

e Membership fees will increase operational funds for key
clinical development therapeutic forums, as well as key
standardization and practice forums

e Recommendation for structure and build out to be reviewed
by Executive Team for implementation in June 2010



Industry and the Investment
Community

Scientific Research
Societies

Therapeutic Disease
Societies ﬁ ISCT ﬁ

Regulatory Agencies and Policy
Makers

and doing it globally -







International Society for Cellular Therapy

ISCT

ISCT is the premier global association driving translation of
scientific research to deliver innovative cell therapies to patients

Build upon unique translational expertise
Apply Regulatory and development experience
Strengthen international presence
Grow membership
Strengthen financial position

ve -




International Society for Cellular Therapy

A New Vision for Partnership

How to get involved

ISCT Web Site
jane.arthurs@malachite-management.com



Process and Product Development Technology

Scope and Charter: To assess emerging cell processing technologies and
forecast their impact on the commercialization process

Four target areas:

1. cell processing hardware and manipulation tools focused on single or
patient designated product

— supports institutional cell processing laboratories and autologous
cell therapies

— forecasting relevance to the iPS/personalized medicine space

2. large scale expansion technology for adherent stem/progenitor cells
targeting large scale commercial trials

3. serum free media, product storage formulation, and advances in patient
delivery strategy

4. in process, lot release, and cell characterization assays



Process and Product Development Technology

Priority Goals:

e White paper recommending strategic position of ISCT benchmarked
against other societies in the institutional cell processing space

e Defining relationship with Stem Cell Committees in terms of assays
and standardization, with recommendation for position papers

e |dentification of an effective communication and access forum for
development technologies for ISCT membership access

e Online directory of serum free media, formulation solutions,
storage vessels for cell therapeutics



Business Models, Reimbursement and
MFG/COGS

Scope and Charter: To define economic aspects of manufacturing clinical cell

products and tools influencing reimbursement and acceptance as standard
of care

Relevance to CC & ISCT strategy

Constructing roadmap for early stage cell therapy initiatives — technology
transfer, early stage capital or partnering, and development milestones

development of products (Safety and Feasibility) and later stage
commercialization of products (Proof of Concept, Pivotal Approval trials)

economically feasible scalable products, creating a biologics-like universal
donor model

defining of commercialization parameters and establishing educational
network



Business Models, Reimbursement and
MFG/COGS

Priorities

e Construct web access and discussion forum for overview of
Reimbursement decisions and policy with a global perspective
e Cost of cell therapy treatment vs. current standard of care:
— liaison with Therapeutic Area subcommittee and workshops

e Directory of global contract manufacturing service providers

e (Case study analysis of Cell Therapy Business Models
— Patient designated — Dendreon
— Universal donor — adherent stem cells
— Regenerative medicine (emerging stem cells) and tissue engineering
— Personalized medicine — iPS and pluripotency



Education Subcommittee

Scope and Charter: To construct educational platforms that drive

commercialization objectives with external societies and industry
community

3 objectives

Facilitate and track CC communication within ISCT committee and
Executive Team structures

Drive commercialization-driven relationships with external stem
cell and therapeutic societies

Provide new and effective solutions to Globalization and
information access



Education
Priorities

e Networking to identify and secure external membership/leadership
participation from outside societies on Therapeutic Area committee

e Recommendation for commercialization committee crossover on
ISCT Therapeutic Area committees

e Strategic recommendation for the charter of stem cell committees
in support of commercialization

— setting benchmarks for support of educational forums or position papers

e Developing a white paper strategy for a PR campaign to ensure ISCT
placement as a global translational medicine hub

e [ntegration with ISCT home office for global educational tool
development



Process and Product Development Technology

Scope and Charter: To assess emerging cell processing technologies and
forecast their impact on the commercialization process

Four target areas:

1. cell processing hardware and manipulation tools focused on single or
patient designated product

— supports institutional cell processing laboratories and autologous
cell therapies

— forecasting relevance to the iPS/personalized medicine space

2. large scale expansion technology for adherent stem/progenitor cells
targeting large scale commercial trials

3. serum free media, product storage formulation, and advances in patient
delivery strategy

4. in process, lot release, and cell characterization assays



Process and Product Development Technology

Priority Goals:

e White paper recommending strategic position of ISCT benchmarked
against other societies in the institutional cell processing space

e Defining relationship with Stem Cell Committees in terms of assays
and standardization, with recommendation for position papers

e |dentification of an effective communication and access forum for
development technologies for ISCT membership access

e Online directory of serum free media, formulation solutions,
storage vessels for cell therapeutics



ISCT Stem Cell and Therapeutic Area Committees

e CCtodrive effective and reciprocally valued relationships
with Therapeutic Area committees

e Stem Cell Committee should provide state of the art feedback
on cell characterization standards around distinct stem and
progenitor populations

e The Therapeutic Area Committees should develop as a very
strong hub for ISCT policy and standards implementation






