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1994 - Questions and Missing Pieces

What was the current state of research and care in Duchenne?
What was the federal government doing?
What data existed about the population?
How do we move the needle toward treatments for Duchenne?

Care standards Federal investment & coordination
Natural history data Companies on board
Outcome measures Mobilized grassroots community
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Mission Plillars
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SUCCESSES WITH ADVOCACY

MD-CARE Act 2001

Established:

® MD Centers of Excellence - to research MD

e MD STARnet tracking and surveillance - to understand the incidence, prevalence
® Muscular Dystrophy Coordinating Committee (MDCC)

® The Action Plan for Muscular Dystrophies

MD-CARE Act Reauthorization 2008

® Duchenne Care Considerations - develop & disseminate

® Enhanced clinical research in Duchenne

e Expanded MD-STARnet to collect data on teens and young adults with DBMD
e Added the National Heart, Lung and Blood Institute (NHLBI) to the MDCC

MD-CARE Act Amendments 2014
® Expanded research to focus on Endocrine, Pulmonary, Cardiac, and Transitions
Additional federal agencies were added as members of the MDCC

[
® Expansion of CDC Duchenne Becker Care Considerations to include adults with Duchenne
e Update of MD Action Plan by MDCC
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Federal Agencies We Currently Focus On

EDA

For all agencies
We advocate to impact:
Focus
Funding
or
Flexibility
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ANNUAL ADVOCACY CONFERENCE

ADVOCACY
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IMPROVEMENTS IN CARE

Advocating for & participating in the
development of Standards of Care

Helping families find providers that
meet our standards of care via Certified
Duchenne Care Centers

Connecting families with clinical trials,
care, and research through
DuchenneConnect, PPMD’s
Duchenne Registry
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ADVANCES IN RESEARCH

PPMD has invested more than $50 million into Duchenne
research, which has leveraged another $500 million in
federal funding and billions in private investment.

* Since 2016, two therapies have been approved in

Duchenne with additional therapies approaching the PPMD’s leadership in the Duchenne

regulatory finish line community created an inflection

point, resulting in over 40

* PPMD played a significant role in this process, convening pharmaceutical companies now in
thought leaders and community members to share their the Duchenne space—companies
expertise and experiences with regulators and decision who have invested approximately
makers. $8 billion in the fight to end

Duchenne.
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DUCHENNE
THERAPEUTIC PIPELINE  exondys 51 Etepirsen) (sareptal

Emflaza [PTC Therapeutics]

Spironolactone & Eplerenone [Ohio State University]
Translarna (Ataluren) [PTC Therapeutics]
Givinostat [ltalfarmaco]*

Raxone (Idebenone) [Santhera]*
SRP-4045/SRP-4053 [Sarepta]*

Roche (BMS-986089) [Bristol Myers Squibb]*
CAT-1004 [Catabasis]

PF-06252616 [Pfizer]*

Vamorolone (VBP15) [Reveragen]*

Ezutromid (SMT C1100) [Summit PLC]*
FG-3019 [Fibrogen]

Epicatechin

NS-065/NCNP-01 [NS Pharma]

Follistatin Gene Transfer [Nationwide Children's]
CAP-1002 [Capricor]

MNK-1411 Synacthen Depot (Mallinckrodt)
Myoblast Transplantation [Chu De Quebec]
Exon Skipping 53 (Daichi - Sankyo)***

Gene Transfer of Micro-Dystrophin [Nationwide Children's]
Wave Exon Skipping

Nationwide GalGT2 Gene Therapy

Solid

Akashi AT-300

Bamboo/Pfizer

Nationwide Dup 2 Gene Therapy

Tamoxifen**

* = will recruit/recruiting globally Mitobridge/Astellas

** = will recruit/recruiting EU only
*** _will recruit/recruiting Japan only

Pre-Clinical

Phase 1

Phase 1/2  Phase 2 Phase 3

Granted Accelerated Approval September 2016
Approval February 2017

NDA rejected new trial being planned




How to advance these drugs through community
iInvolvement

* Continue our work in Washington (funding and legislation)

* Continue to collect data through The Duchenne Registry
 Continue to tell patient stories to the FDA

 Continue to share patient preference data about how families really

think and feel about newly emerging therapies
* Weighing benefits and risks
 New survey around gene therapy (access through Duchenne Connect)
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Disney Marathon
Weekend!!!!
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Collaboration and Community

Community Vi Collaborations

summit

Pharmaceuticals

)( santhera

PTC l

/THERAPEUTICS
Genentech

A Member of the Roche Group
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