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ALLIANCE.

The Alliance for Regenerative Medicine (ARM) is the preeminent global advocate for
regenerative and advanced therapies. ARM fosters research, development, investment
and commercialization of transformational treatments and cures for patients worldwide.

By leveraging the expertise of its membership, ARM empowers multiple stakeholders to
promote legislative, regulatory and public understanding of, and support for, this

expanding field.

alliancerm.org
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Industry Overview
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Financings

Total Global Financings
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$3.5B raised YTD 2016 $2.01B raised YTD 2016  $168.9M raised YTD 2016 $1.9B raised YTD 2016
$952.3M raised Q3 2016 $607.4M raised Q3 2016 $80.5M raised Q3 2016 $316.8M raised Q3 2016

Total EU Financings

$378.9M raised YTD 2016  $262M raised YTD 2016 $180.7M raised YTD 2016
$155.8M raised Q3 2016 $97.6M raised Q3 2016 $76.6M raised Q3 2016

Examples of key financings: Q3 2016

+ Audentes Therapeutics IPO raises $85.1M — August 20, 2016
* GenSight Biologics IPO raises €45.2M — August 11, 2016
« Cellect Biotechnology Ltd. IPO raises $8.4M — August 3, 2016

« bluebird bio and Medigene establish $1B+ strategic T Cell receptor (TCR) immunotherapy research
and development collaboration and licensing agreement, $15M upfront — September 29, 2016

* Pfizer acquires Bamboo Therapeutics in $645M deal, with $150M upfront — August 1, 2016

 Takeda and TiGenix enter into €355 million licensing agreement for ex-U.S. rights to Cx601 for treatment
of complex perianal fistulas in patients with Crohn’s disease, €25 million upfront to TiGenix — July 5, 2016

Corporate
partnerships,
acquisitions and
other financings:

*Total amount raised represents sector-wide figures; please note that some companies utilize technology from more than one technology group. As a result, the total financings amount does
not equal the sum of the raises of the individual technology groups.



Financings

Total global financings by type, by year

YTD 2016: $485.3M
2015: $1,671.9M
2014: $1,478.6M
2013: $506.2M

YTD 2016: $352.9M

FOLLOW- 2015: $2,244.3M
ONS 2014: $1,224.9M
2013: $462.5M

YTD 2016: $511.4M

2015: $2,361.1M

2014: $313.9M
2013: $58.9M

CORPORATE
PARTNERSHIPS

(UPFRONT PAYMENTS)

YTD 2016: $697.8M
VENTURE 2015: $1,807.6M
CAPITAL 2014: $1,028.1M

2013: $281.3M

YTD 2016: $618.7M
2015: $978.3M

2014: $745.7M
2013: $841.1M

YTD 2016

YTD 2016: $5.8M

PRIVATE 2015: $142.8M
EQUITY 2014: $177.1M
2013: $213.4M

Total M&A
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YTD 2016: $850.6M
2015: $1,761.2M
2014: $525.9M
2013: $517.4M

MERGERS &

ACQUISITIONS

(UPFRONT PAYMENTS)
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Clinical Trials
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Current Clinical Trials by Therapeutic Category: Q3 2016

® More than 43% of current clinical trials are in oncology
® More than one in 10 are in cardiovascular
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Major Milestones & Key Data Events

Examples of major milestones and key data events: Q3 2016

® Fate Therapeutics receives FDA Orphan Drug Designation for ProTmune in allogeneic hematopoietic cell
fransplantation — September 26, 2016

® Kite Pharma announces positive topline KTE-C19 data from ZUMA-1 pivotal trial in patients with aggressive non-Hodgkin
lymphoma — September 26, 2016

e Cellular Dynamics International, a FUJIFILM company, announces launch of iCell Hepatoblasts to enable research into
therapies that stimulate liver regeneration — September 22, 2016

o bluebird bio's LentiGlobin investigational gene therapy for transfusion-dependent beta-thalassemia is accepted into
European Medicines Agency’s PRIME Program — September 21, 2016

o Alliqua BioMedical announces commercial introduction of Interfy! Connective Tissue Matrix — September 19, 2016

o Asterias Biotherapeutics announces positive efficacy data in patients with complete cervical spinal cord injuries treated
with AST-OPC1 — September 14, 2016

® Sangamo BioSciences receives Orphan Drug Designation from U.S. FDA For SB-FIX, first application of therapeutic in vivo
genome editing — September 6, 2016

® GenSight Biologics receives Orphan Drug Designation from the European Commission for product candidate GS030 for
treatment of retinitis pigmentosa. The EMA also granted Advanced Therapy Medicinal Product classification

to GS030 — September 1, 2016

*  MolMed S.p.A. receives Conditional Marketing Authorization from the European Commission for Zalmoxis, the first
immunogene therapy for adults with high-risk haematological malignancies — August 22, 2016

e Cell Gene Therapeutics announces U.S. FDA has granted Orphan Drug Designation for its chimeric antigen receptor
engineered T-cells for the treatment of peripheral T-cell lymphoma — August 11, 2016

e Spark Therapeutics announces new positive data from continuation of Phase 3 trial of voretigene neparvovec, its most
advanced product candidate, for treatment of inherited retinal disease — August 10, 2016

e Mesoblast Phase 2 trial results of MPC-300-1V show dose-related improvements in biologic refractory rheumatoid
arthritis — August 9, 2016

Continued on page 9



Major Milestones & Key Data Events

Continued from page 8

Bellicum announces the European Commission has granted Orphan Drug Designation for both its lead T-cell therapy product
candidate BPX-501 for treatment in hematopoietic stem cell fransplantation and activator agent rimiducid for freatment
of Graft vs. Host Disease — August 4, 2016

Cesca Therapeutics announces promising 40-month follow-up results of patients enrolled in critical limb ischemia

study — August 3, 2016

Abeona Therapeutics announces initial subjects in ongoing Phase 1/2 Sanfilippo Type A gene therapy trial demonstrate
encouraging early biopotency signals — August 2, 2016

Agilis Biotherapeutics announces FDA Orphan Drug Designation for treatment of Friedreich’s ataxia — August 2, 2016

REGENXBIO receives FDA Rare Pediatric Disease Designation for RGX-121 gene therapy for treatment of
Mucopolysaccharidosis Type 1l — August 2, 2016

Takeda and TiGenix announce 24-week results of the Phase 3 ADMIRE-CD ftrial investigating Cx601 in the treatment of
complex perianal fistulas in patients with Crohn’s disease — August 2, 2016

Caladrius Biosciences receives FDA Fast Track Designation for CLBSO3 to treat recent onset type 1 diabetes — July 28, 2016

uniQure presents updated clinical data in patients with severe hemophilia B demonstrating up to nine months of sustained
levels of Factor IX activity and therapeutic effect — July 27, 2016

Adaptimmune receives Orphan Drug Designation in the European Union for its NY-ESO SPEAR T-cell therapy for treatment
of soft tissue sarcoma — July 26, 2016

Spark Therapeutics and Pfizer announce FDA Breakthrough Therapy Designation for SPK-2001 for the treatment of
hemophilia B — July 21, 2016

AveXis receives U.S. FDA Breakthrough Therapy Designation for AVXS-101 gene replacement therapy for spinal muscular
afrophy type 1 = July 20, 2016

BrainStorm announces positive top line results from the U.S. Phase 2 study of NurOwn in patients with amyotrophic
lateral sclerosis — July 18, 2016

Organovo and Roche Researchers publish data demonstrating superiority of 3D bioprinted human liver tissues in assessing
drug-induced toxicity = July 11,2016
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Special thanks to our data partner:

informa

Informa is one of the world’s leading knowledge providers. We create and deliver highly
specialized information through publishing, events, training, market intelligence and
expertise, providing valuable knowledge to individuals, businesses and organizations
around the world.

Informa provides authoritative research and analysis and up-to-the-minute business news,
comment and events for all sectors of the healthcare, medical and life sciences communities.
Informa Business Information (IBI) is one of the world’s leading providers of industry and
drug news, analysis and data to the global pharmaceutical industry.
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