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Cell therapy — New and not so new

® Blood Transfusion
® The oldest cell therapy?

Figure 2. Blundel
Grartator in wie. Arpuably
the most fumons image of
m} history in
nincteenth-contury Britain
(from James Blundell,
Observations on
Tranfusion of Blood, with
4 Decription of hi
Gravitator," The Lancet 2
[1828-29): 321-24).
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® Bone Marrow Transplant
@® Till and McCulloch 1960s

¥ Bone marrow
transplant

Donor . Recipient

Donor bone marrow cells repopulate
recipient bone marrow @ADAM, Inc
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Potential of Cell Therapies

S Baldness
troke .
Traumatic brain injury Lou Gehrig'’s
Alzheimer’s disease disease
Parkinson’s disease Blindness

Missing teeth Deafness

Wound healing

Myoardial

infarction
Bone marrow 0

transplantation
(currently established)

Spinal

. Muscular
cord injury dystrophy
Osteoarthritis )
Rheumatoid Diabetes
arthritis
Multiple sites: Crohn’s
Cancers disease

Potential cell
sources include:

® Somatic cells

® Pluripotent stem
cells

® Immune cells

® Gene modified
cells
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Cell Therapy-Translational gap

Spend by stage

: « UK have a world leading research base in
3

the area of Cell Therapies

43%

30

- UK have many very strong clinician led
innovative therapies but at early
translation stage

25

20

£ million

« UK have a globally competitive
environment in translation towards
commercialisation and clinical reality.

 Limited commercial investment

*  Working to help bring effective therapies

A‘ .
RS S I SR~ > to patients
Underpinning——— Frechnical/ Eorly clncalf — Lar
Breadboard Prodotypae odoption
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The UK Cell Therapy environment:
Regenerative medicine as an example

An integrated community %~

Working to help
' bring effective
D therapies to

. ) patients.
il DD Catapult
O

~__  J e/

Reproduced courtesy of the UK Regenerative Medicine Platform c ATAPU ll
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The Cell Therapy Catapult

An independent, not for profit, company limited by
guarantee, founded in 2012 as part of the Innovate UK/BIS
Catapult program

Revenue is generated from:

» Public sector investment. £70m core government grant for
first 5 years with a further >£50m for the coming 5 years

» Subcontract agreements with industry and academia

» Collaborative project grants

A personnel count of 9o (Sept, 2014) with in-depth expertise
in business, manufacturing and clinical development

A 1200 m? state-of-the-art laboratory facility in central
London enabling advanced process and analytical
development, including translational GXP laboratories

In April, the UK Government announced it is investing £55m
over 5 years in a late stage clinical trials and commercial
manufacture facility under Catapult/Innovate UK governance.
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Strategic Goals

® Goal

 Build a £10bn industry

® Pipeline

* Increase cell therapies in UK clinical trial and clinical use
® Value

* Investible propositions created leading to cell therapy
companies that succeed and stay in the UK

® Attractiveness

* Demonstrating that the UK is the place to do this work,
with increased inward investment
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Addressing Barriers: Catapult Capabilities

o Health Economics !
» Business Models Business

« Reimbursement Deve]opment
« Partnering

Business

 Robustness & Reliability

Manufacturing . COGS & Scale up
« Characterisation & Analytical
and - GMP Process Development
ly Chain » CMC
Supp y Cha « Delivery
Clinical « Complex Regulatory Landscape
And « Pre Clinical Packages Clinical Operations &

e Clinical trial design

Regulatory . NHS partnering Regulatory Affairs
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Project led approach

® Pathfind therapies into and through the Clinic

* Core projects with direct investment Imperial College
» Rounded phase II data package London

 Investible propositions

@® Assist industry to progress to commercialisation

* Collaboration (also JV) i .
 Contract research g\ smlth&nephew

* UK as entry point into the EU

® Assist academia to progress to commercialisation

+ Collaboration f“”@\ ING'S
 Contract research %% } » 1610)//8%

® Technology platforms
* Develop novel technologies and license to industry

-ogg Roslin Cells CATAPULT
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Process Development Capability all the

way to GMP

proving

Manual

-

Cel/

25 FTE’s
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Analytical Capability

" 10 FTE’s

£1.5 Million
\ Investment




UK preclinical and clinical stage cell

therapies

# 2014 (2013)

Preclinical (<2 yrs from
clinic)

Clinical (UK trial
ongoing)

A larger variety of cell types and a
larger range of indications in
preclinical stages

45 (37)
Seven of the projects identified in the
2013 pre-clinical database have
moved into the UK Clinical Trials
Database along the timeline

41 (34) anticipated

Trials in the UK Clinical Trials
Database are mainly early stage

86 (71)
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Large-scale Manufacturing Centre

£55m manufacturing hotel to support industry growth

Allowing CMOs and product
development companies enable the
manufacture at large scale

Access large scale infrastructure
without the capital outlay

5000m?2 Flexible/modular space

Operated as a subsidiary of Cell
Therapy Catapult sharing
corporate services

Capital, Revenue (Start up and
initial operating costs an
supporting TSB programmes)
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Funding for Cell Therapy in the UK

HORIZON
2020
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Future in collaboration

s Madicin C

Regenerati

International Society for Cellular Therapy

Connect. Communicate. Translate.

Food and Drug Administration

alth

NIH)

National Institutes of Health

Turning Discovery Into Health

N I c National Institute for
Health and Care Excellence

e EUROPEAN MEDICINES AGENCY

| ?ﬁﬁ; UK Trade & Investment

N\

?/' Scottish Enterprise

Scottish Lifesciences Association

I SCOTTISH ~

DEVELOPMENT INTERNATIONAL

- .*
National Institute for <
Health Research e
"

UK Biolndustry Assagiation

Medical
Research

MRC Council

HOUSE OF LORDS

5 Science and Technology Committee
15t Report of Session 2013-14
Regenerative

medicine

European
SCIENCE MEDICINES HEALTH Cuml?nission
——
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Contract or co-develop
cell therapy products

Next Generation process
and technology
development

Solve generic industry
barriers

Driven by success of the
industry

Innovate UK

Technology Strategy Board




