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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 investment in Duchenne?
• What data existed about the Duchenne population? 
• How do we move the needle toward better care and treatments for 

Duchenne? 

Care standards
Natural history data
Outcome measures

Federal investment & coordination
Companies 

Mobilized grassroots community

Critical Missing Pieces 



Results 2001 - Present Care
• Care considerations published
• Care much more standardized (clinics)
Research
• Wellstone Centers of Excellence
• Animal Studies
• Basic and Translational Research Grants
Data collection 
• Outcome measures
• Natural History Studies
• MD-STARnet Surveillance
• ICD-10 Code 
Federal Coordination and funding
• MD Coordinating Committee grows 
• Action Plan for MD’s
• 500+million in Duchenne Funding
Drug Development & Access
• 2 Approved Therapies
• 45+ Companies 
• Pipeline Full of Hope 
• Pre-competitive, collaborative consortium (PPMD Ducjenne Drug Development Roundtable)
• Payer Engagement
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The Muscular Dystrophy Community Assistance, 
Research & Education Act  

(MD-CARE Act) 
MD-CARE Act 2001
Established:
• Centers of Excellence
• MD STARnet tracking and 

surveillance
• MD Coordinating Committee
• MDCC to develop ‘MD 

Action Plan’

MD-CARE Act Amendment 
2008 
• Added the National Heart, Lung, 

and Blood Institute (NHLBI)  to 
MDCC

• Enhancement of clinical research
• Expansion of MD-STARnet
• Duchenne Care Considerations –

Develop and Disseminate

Paul D Wellstone MD-CARE Act Amendment 2014
• Expanded research to focus on Endocrine, Pulmonary, Cardiac & 

Transition into Adulthood
• Additional federal agencies added as members of Coordinating 

committee
• Sharing of data from MD-STARnet with community researchers
• Update of DBMD Care Considerations to include adults with Duchenne & 

reflect care advances since 2010
• Update of initial ‘MD Action Plan’ by MDCC



The PPMD community has led the passage of 
5 Congressional Bills! 

Muscular Dystrophy Community 
Assistance Research & Education 

Act (MD-CARE Act) 2001

Paul D. Wellstone MD-CARE 
Amendments 2008

Paul D. Wellstone MD-CARE 
Amendments 2014

Patient Focused Impact Assessment 
(PFIA) Act (2016)

(became a key provision of 21 CC) 

Better Empowerment Now to Enhance 
Framework and Improve Treatments 

Act of 2017 
(BENEFIT Act)



Federal Agencies We Currently Collaborate With



PPMD Hill Days 
Building 

Congressional 
Champions

Appropriations Bill & 
Annual Report Language



Save the Date! 
ANNUAL ADVOCACY CONFERENCE 

MARCH 3-5, 2019
Washington, DC ~ Mayflower Hotel

• The only annual Advocacy Conference 
focused on Duchenne

• Focused on advancing MD-CARE Act as 
well as regulatory policy

• Prioritize impacting: 
• Food and Drug Administration (FDA)
• Center for Disease Control (CDC)
• National Institutes of Health (NIH)
• Department of Defense (DOD)



• Advocating and participating in the 
development of a Standard of Care 
(recently updated)

• Established the Duchenne Certified 
Care Center Program

• Focusing on gaps that exist in care 
sub-specialties 



Duchenne Care Considerations – Published January 2018
• All sections updated 

to reflect progress in 
care & research

• All sections updated 
to reflect care 
through the lifespan 
of Duchenne, not 
just pediatric care

• New sections within 
2018 CDC Care 
Considerations:

• Primary/Emerg
ency Care

• Endocrine 
Management

• Transition of 
Care for Teens 
& Adults



Care Considerations Pediatrics Supplement – Published October 2018

An Introduction to the Updated 2018 Clinical Care Guidance on the Diagnosis and Management of Duchenne

Neurology Care, Diagnostics, and Emerging Therapies of the Patient with Duchenne 

Rehabilitation Management of the Patient with Duchenne

Bone Health and Osteoporosis Management of the Patient with Duchenne

Obesity and Endocrine Management of the Patient with Duchenne

Nutritional and Gastrointestinal Management of the Patient with Duchenne

Respiratory Management of the Patient with Duchenne

Cardiac Management of the Patient with Duchenne

Orthopedic and Surgical Management of the Patient with Duchenne 

Primary Care and Emergency Department Management of the Patient with Duchenne 

Psychosocial Management of the Patient with Duchenne

A Transition Toolkit for Duchenne

Evaluating Implementation of the Updated Care Considerations for Duchenne

https://protect-us.mimecast.com/s/LItFCADXyZcZozMC2itEM
https://protect-us.mimecast.com/s/C-hwCBBXzZIDmO3TrvYyT
https://protect-us.mimecast.com/s/ssQMCDkZBjIomkQC8oMgA
https://protect-us.mimecast.com/s/fqApCERXDkFlGNKS4qXus
https://protect-us.mimecast.com/s/9pytCG6XGmsBlQotXtk-g
https://protect-us.mimecast.com/s/ywvUCJ6KLpsBzDPtm7lwo
https://protect-us.mimecast.com/s/h4rtCKr7MqsDwG0TyksBc
https://protect-us.mimecast.com/s/EzENCL91NrskOZ5UG4rwF
https://protect-us.mimecast.com/s/O2LLCM8K0vh28AGf4lFeC
https://protect-us.mimecast.com/s/TNjLCNkKPwIZxG1CxvSMl
https://protect-us.mimecast.com/s/CBvZCOYXQxUNXyoUX30U7
https://protect-us.mimecast.com/s/H-BQCPNKRyh0mkqcvI7Lg
https://protect-us.mimecast.com/s/Y9fNCQWKVzFXqymU2DOW9


Publication pending; Shared with permission Pediatrics



• Invested over 50 million in research, leveraging 
$500 million in federal dollars and billions in 
private dollars 

• Have worked to establish a research 
infrastructure to enable drug development 

• 2 approved therapies with over 25 active 
treatment trials and over 40 companies in the 
space





Pre-clinical      Phase I        Phase I/II       Phase II      Phase III

Exondys 51 (Eteplirsen) [Sarepta]
Emflaza [PTC Therapeutics]

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

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

RG6206 [Roche]*
Edasalonexent (CAT-1004) [Catabasis]

Domagrozumab (PF-06252616) [Pfizer]*
Vamorolone (VBP15) [Reveragen]*

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

Epicatechin [Cardero]
NS-065/NCNP-01 [NS Pharma]

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

MNK-1411 Cosyntropin Acetate [Mallinckrodt]*
Myoblast Transplantation [Chu De Quebec]

Exon Skipping 53 [Daichi - Sankyo]***
Nationwide Micro-Dystrophin Gene Transfer [Nationwide…

WVE-210201 Exon 51 Skipping [WAVE]
Nationwide GalGT2 Gene Therapy [Nationwide Children's]

PF-06939926 Mini-Dystrophin Gene Therapy [Pfizer]
SGT-001 Micro-Dystrophin Gene Transfer [Solid]

Rimeporide [EspeRare]**
AT-300 [Akashi]

Ifetroban [Cumberland Pharma]
Nationwide Exon 2 Skipping for Duplication 2 [Nationwide…

Tamoxifen** [University of Geneva]
MA-0211/MTB-1 [Mitobridge/Astellas]



DUCHENNE DRUG DEVELOPMENT ROUNDTABLE
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FDA Guidance on Duchenne Muscular Dystrophy



• All federal partners invited
• White paper published 

prior to the meeting
• Webcast & live polling
• Compass Report published 

June 2018



Goals:
– To identify current policy, care, and 

clinical trial priorities among our 
Duchenne community members (by sub-
population).

– To begin to identify measures of impact 
not currently captured in health economic 
models or value frameworks.

The Audience:   Included federal agency & 
pharmaceutical industry partners

More than 400 members of our Duchenne
community participated

Duchenne Patient – Focused
Compass Meeting (March 2018)



It’s About Access



Our Path to Access?

Photo credit:
Conrad Reynoldson



Goals

Provide education and guidance on access 
process

Provide product specific resources for Patients, 
Clinicians, Payers 



Roadmap for Navigating Path to Access





Includes both General & Product-Specific Resources and  
Innovative Access Efforts



PPMD Duchenne Newborn Screening Program

Duchenne NBS Steering Committee

Outreach & 
Education to 

Patients & HCPs WG

Care Considerations 
for Infants with 

DMD WG

Laboratory Test 
Refinement WG

NBSTRN Integration 
and LPDR WG

Ethical & Legal 
Considerations WG

Evidence Review 
WG

• PPMD Convened Meeting of Stakeholders to Discuss Model of Pilot: October 2017; Pilot launched October 2018

• Complete CK Assay Validation Studies: FDA approval of PKI kit expected Q1 2019

Contact Annie@parentprojectmd.org



State Specific Resources –
22 PPMD Connect Groups &  Growing



Resource Categories 

Tracking payer determinations by state & payer and integrating them into our website…



PPMD School Advocacy Resources
Brain Pop Video
PPMD’s 4-minute animated video about 
Duchenne for kids of all ages.
https://www.youtube.com/watch?v=6wLnR7GJakY

Education Matters 
Helpful tips on how to talk about Duchenne
Issues to be aware of at school
An Individualized Education Plan (IEP) overview
Sample scenarios and suggested ways to respond 
A Parents Guide
A Teacher’s Guide
Adaptive PE
Learning & Behavior in Duchenne

School Presentation Materials 
‘Chocolate Chip Cookie’ class presentation

IEP, 504 Plan, and School Accommodation Considerations
IEP vs 504 Plan side by side comparison
Tips & tools for creating IEPs and 504 for students with Duchenne & Becker

https://www.parentprojectmd.org/care/for-families/classroom-resources-for-teaching-about-duchenne/

https://www.youtube.com/watch?v=6wLnR7GJakY


PPMD School Webinars

Navigating School: An Ongoing Journey

https://www.youtube.com/watch?v=M1py6M9ce0I

From Where We Sit (Adults with Duchenne):

‘PCA’ – 3 Little Letters that Mean So Much

https://www.youtube.com/watch?v=5lBEdb4IBlk

Promoting Independence In Children with Duchenne:
Panel of Parents Whose Sons Live Away from Home Reflect on How they Navigated the Delicate Balance of Protecting Their 
Sons, While Fostering Independence 

https://www.youtube.com/watch?v=vtWbyt-j-IA

https://www.youtube.com/watch?v=M1py6M9ce0I
https://www.youtube.com/watch?v=5lBEdb4IBlk
https://www.youtube.com/watch?v=vtWbyt-j-IA


PPMD Adult Advisory Committee 

Nominations Being Accepted Through Early November



Transitions Initiative
PPMD’s recent National leadership –

• MD CARE Act 2014 
• CDC MD STARnet – Transitions surveys & data elements
• MDCC Action Plan ‘Living With’ section
• Care Considerations, Lancet January 2018
• Transitions Tool, Pediatrics supplement – published October 2018 Care 

Considerations Transitions section

PPMD Adult Advisory Committee (PAAC)

Transition to Care (T to C) federal coalition established –
PPMD among 4 advocacy partner leads, with CDC, NICHD
Coalition meeting convened, June 2018



Robotics



Flextension
Innovator:
Arjen Bergsma & Micha Paalman

Community Member:
Justus Kuijer

X-Ar Arm
Innovators:
Blake Mathie
& NJIT

Community Member:
Zach Smith



Solid Suit

Innovators:
SRI, now Seismic

Community Partner:
Solid Biosciences & PPMD 
community

PPMD conducted community survey of preferences related to robotics in 2015

Clear priorities among the highly valued activities include:
• standing from a seated position
• picking up on object from the floor
• repositioning oneself at night, and 
• the ability to bring one’s hands to mouth
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Thank you!


