
1

PERSON
POLICY 
APPROACH 
DAY 
CHANCE 
THERAPY 
DIAGNOSIS
SETBACK
VOICE
OPTION
FAMILY

VICTORY
LOSS
PARENT
CHILD
DOLLAR

PERSON
POLICY 
APPROACH 
DAY 
CHANCE 
THERAPY 
DIAGNOSIS
SETBACK
VOICE
OPTION
FAMILY

VICTORY
LOSS
PARENT
CHILD
DOLLAR



Our mission is to end Duchenne. 
This informs everything we 
do at Parent Project Muscular 
Dystrophy (PPMD). We believe 
it is our role, as leaders 
of the Duchenne community, 
to represent every single 
person living with every 
single Duchenne diagnosis 
every single day. 
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* Becker muscular dystrophy, which is less severe than Duchenne, occurs when dystrophin is manufactured, but not in the normal 
form or amount. Because of this disparity in the severity of the different forms of these disorders, we will refer primarily to 
Duchenne throughout this book.
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Together with 
our amazing 
community, 
we attack 
Duchenne 
from every 
angle.

AMPLIFYING
EVERY SINGLE 

voice

CARING FOR
EVERY SINGLE 

person

CONNECTING 
EVERY SINGLE 

family

INVESTING IN
EVERY SINGLE 

therapy

SUPPORTING
EVERY SINGLE 

diagnosis

PPMD is the only nonprofit organization in the United 
States that takes a comprehensive approach to  
address the full impact and progression of Duchenne  
and Becker muscular dystrophy*. 

We invest in nearly every single therapy, amplify every single 

voice, support every single diagnosis, connect every single 

family, and care for every single person in this community. We 

attack Duchenne from all angles, using every single weapon 

in our arsenal—the greatest of which is you.

For more than two decades, PPMD has helped to change 

the landscape of Duchenne in every area—research, care, 

advocacy, and awareness.  Your ongoing support gives us the 

resources we need to have the greatest impact.  

Every single dollar we raise strengthens this impact. 

We hope you will take a few minutes to read about our 

journey as an organization to better understand where  

we are leading this community.

PPMD will not rest until we end Duchenne… 

for every single one.
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PPMD has invested in nearly every single therapy currently 
in development—from those in their early stages to those  
in clinical trial. 

Changing the Landscape  
 
At the heart of PPMD’s mission lies the unwavering 

commitment to seek out, fund, and nurture the most 

promising Duchenne research. As always, PPMD is 

committed to advancing Duchenne research, and working 

toward the day we see treatments for our families. 

 

While other organizations may focus on one particular 

treatment or one specific research team, PPMD’s strategy is 

quite the opposite. Through the years, PPMD has funded 

over $50 million in direct research grants, and helped 

leverage over $600 million more to advance all research 

strategies in the Duchene pipeline.  

PPMD has funded 
over $50 million 
in direct research 
grants, and helped 
leverage over  
$600 million more.

Along with our Scientific Advisory Board, PPMD evaluates 

submitted research grants, as well as new and novel ideas 

as they come forward.  We balance the pipeline to make 

sure that every well supported idea is given the chance to 

move forward and that the portfolio of potential therapeutic 

strategies are inclusive of all mutations and age ranges. 

 

We don’t just look at one problem, but rather we look 

comprehensively at the path and the time a treatment  

takes to reach the patient. We address critical gaps and 

opportunities in that path to provide better treatments for 

our families.  

 

Identifying Gaps 
 
Recognizing that the number of pharmaceutical and biotech 

companies entering the space has quadrupled in just three 

years, PPMD formed the Duchenne Drug Development 

Roundtable (DDDR). This collaborative effort was formed 

to bring together those working in Duchenne in a pre-

competitive space. Hosting two formal DDDR meetings 

each year, PPMD has guided this group to pinpoint 

important barriers to drug development and formed 

working groups to find solutions to these challenges.  

 

New in 2015, the DDDR also invited other patient 

organizations to take part in the meetings. With over  

100 people in attendance at most events, it is an  

important step in uniting the community and bringing the 

issues and possibilities of drug development forward.  

 

Clinical trials in the Duchenne space have continued to 

grow at an increasing pace over the past five years. This 

exciting news comes with challenges. 

 

Duchenne is a rare disease and having enough patients 

willing and able to participate in trials may soon become 

a hurdle. At the same time, families are being presented 

with many opportunities to participate in clinical trials and 

they face their own hurdles as they seek to interpret and 

understand the benefits and risks of each trial.  
 
PPMD tries to offer guidance to both biotechs starting 

clinical trials and to families contemplating trial 
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participation, by bringing companies and patients together 

on informational webinars and offering structured 

guidance on trial design and recruitment strategies.  

Having an understanding of the natural history of Duchenne 

allows trials to be defined with more efficient outcomes, 

which reduces patient burden during trial participation.  

However, understanding Duchenne and its disease 

progression is a complex and difficult task.  

 

That’s why PPMD partnered with Critical Path Institute 

(C-Path) to form the Duchenne Muscular Dystrophy 

Regulatory Science Consortium (D-RSC). 

 

D-RSC, simply put, was formed to accelerate therapy 

development for urgent unmet needs in Duchenne. It aims 

to optimize trial design and reduce the number of patients 

needed for participation as well as trial length.   

 

In this era of big data, what matters is putting your data 

to work again and again. By bringing together multiple 

organizations to work together and share data, much more 

can be accomplished than if each organization worked 

separately. It is not just about the incremental saving and 

efficiency gained from collaboration, it’s about the end 

goal of getting treatments to patients who are waiting.  

Collaboration will help us better reach this goal.   

PPMD has invested  
in nearly every  
single therapy in  
development, from 
those currently in 
clinical trial to those  
in the early stages.

As technology continues to bring solutions to our world, 

PPMD could not ignore the possibilities for robotics 

technology to help individuals living with Duchenne. With 

three companies in the space looking at solutions for the 

Duchenne community, PPMD not only invested financially 

in this research and development, but also convened a 

meeting of these robotics leaders. Each company working 

in the space has a slightly different approach, but as with 

any technology, these different approaches will appeal to 

different individuals in the community.  

 

The incredible progress that is being made in the robotics 

field is amazing. The advancements in mobility, in strength, 

in ease of use, and even the look and feel of the equipment 

continues to change rapidly. PPMD is keeping abreast of 

these changes, informing the community of what is in the 

development pathway and is eager to help fund the next 

level of work in robotics.  

 

Investing in Tomorrow 
 

Look up Duchenne online today and chances are that 

many articles on gene replacement therapy will appear.  

Of course gene therapy has been around for a long time 

and has been a focus of PPMD since our founding in 

1994 — both in funding development and understanding 

challenges. Due to the technological advancements in many 

aspects of gene therapy, the field is now ripe with promise 

and ready to move this science to a patient level. 

 

PPMD recognizes that it will take more than just funding 

to help advance gene therapy technology in Duchenne. 

We will gather experts to discuss how this technique will 

be applied to patients and evaluated by regulators, as 

well as work to identify potential hurdles along the way.  

In parallel to working on these issues, biotech investment 

has increased in the Duchenne gene therapy space, and 

PPMD will be participating in these efforts and ensuring the 

patient voice is brought into the process.   

 

Related to gene therapy, CRISPR is the abbreviation for 

clustered regularly interspaced short palindromic repeats, and 

Cas9 means CRISPR associated nuclease.  Many feel that the 

CRISPR/Cas9 technique could lead to a Duchenne therapy 

in the near future. The aim of the new CRISPR technique is to 

repair mutations in the DNA that causes Duchenne. In early 

2016, three publications in scientific journals reported early 

successes using the CRISPR Cas9 technology in Duchenne 

mice and human Duchenne muscle cells. PPMD is committed 

to pursuing this research and is excited about the possibilities. 

 

Part of PPMD’s mission is to support, and provide the best 

care for, Duchenne patients and caregivers. Going forward, 

PPMD is including carriers in its research portfolio and 



several efforts in this area are underway. To set the stage in 

early 2015, DuchenneConnect (the patient report registry 

of PPMD) conducted one-on-one interviews of carriers of 

Duchenne and Becker muscular dystrophy.   

 

Building on this effort and with the help of a STRIVE grant 

awarded in 2015 by PTC Therapeutics, PPMD launched a 

carrier initiative to raise awareness about the carrier issues 

both for the at-risk women themselves and for the health care 

professionals that provide care for this community. Through 

this early work, PPMD has identified more and more carriers 

and has begun to characterize the disease in this population. 

We are learning that carriers of the Duchenne gene are prone 

to develop heart disease and skeletal muscle symptoms. 

These heart manifestations can be life threatening if ignored 

and require treatment depending on the findings. There can 

also be skeletal muscle effects, including weakness, fatigue, 

and gradual loss of muscle strength that can impinge upon 

activities of daily living.  

 

Going forward, PPMD plans to launch a formal study to 

characterize which symptoms can be attributed to being 

a carrier of Duchenne and how best to manage these 

manifestations. This work will take some time to complete, 

but will broaden our approach to providing care for  

patients and families.  

Every Single Collaboration 
 
PPMD realizes that no single strategy or organization will 

end Duchenne without collaboration. We are proud that our 

leadership team participates on a variety of distinguished 

boards and committees that help change the landscape for 

the broader rare disease community. 

• Institute of Medicine (IOM) Committee on Pediatric Studies

• National Advisory Council on Neurological Disorders  
and Stroke

• TREAT-NMD’s Advisory Committee for Therapeutics,  
ad hoc member

• TREAT-NMD Global Database Oversight Committee

• Clinical Trials Transformation Initiative Patient  
Leadership Council

• Expert Advisory Group for the FasterCures Intellectual 
Property Intersection Web Site Member

• PCORI—Advisory Board

• National Health Council

• Biogen Secondary Research Review Board 
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PPMD believes that every single voice in our community 
should be heard by policymakers, legislators, regulators, 
and other officials. 

Changing the Landscape 
 
When PPMD started in 1994, one of our first priorities was 

to travel to Washington, D.C., and find out what was being 

done in Duchenne research at the federal level. The answer 

was simple and frightening—nothing. Needless to say, that 

was unacceptable. 

A group of parents and grandparents started PPMD to not 

just raise money to fund Duchenne research, but to give a 

voice to the thousands of families affected by this devastating 

disorder. We had to educate our nation’s leaders to get the 

federal support needed to make real progress in research. 

One of our first, most significant achievements was 

the passing of The Muscular Dystrophy Community 

Assistance, Research, and Education (MD-CARE) Act 

in December of 2001. This was the first legislation in the 

history of the U.S. Congress that focused on muscular 

dystrophy.  The bi-partisan MD-CARE Act provides 

important authority and direction for muscular dystrophy 

research, including Duchenne. The MD-CARE Act was 

reauthorized in 2008 and then amended in 2014. 

Thanks to the MD-CARE Act, muscular dystrophy research 

has received more than $500 million, with $300 million used 

specifically for Duchenne therapies. The MD-CARE Act 

also established Wellstone Muscular Dystrophy Research 

Centers, which are directed through the National Institutes of 

Health (NIH). These centers use national resources for research 

projects focused on training, as well as innovative translational 

and clinical research for the muscular dystrophies.

The accelerated approval pathway serves as a response 

to the need for expedited access to potentially life-saving 

drugs. The 2012 Food and Drug Administration Safety 

and Innovation Act (FDASIA) created new opportunities 

to apply this approval pathway to drugs intended to treat 

rare disorders. PPMD was actively engaged in ensuring 

that the 2012 reauthorization of FDASIA, which included 

the updated Prescription Drug User Fee Act (PDUFA V), 

captured provisions that reflected the need for novel 

drug development pathways for communities with rapidly 

progressive diseases and unmet medical needs. The 

implementation of these acts launched a new era of 

patient engagement with the inclusion of Patient Focused 

Drug Development (PFDD) language that provided new 

opportunities for patient communities to interact with the 

drug developers and the FDA. PPMD set out to make the 

most of these opportunities.  

With FDASIA in place, PPMD provided the FDA with 

recommendations to speed up responsible access to new 

therapies for Duchenne and other rare, serious, and life-

threatening disorders. Putting Patients First is a white 

paper that sought to view PDUFA V through a disease-

specific lens and aimed to ensure that the FDA made the 

most of the new opportunities under FDASIA. 

In June of 2014, and at the suggestion of FDA leadership, 

PPMD and a broad coalition of stakeholders submitted 

the first-ever patient advocacy-initiated draft guidance 
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THANKS TO 
THE MD-CARE 
ACT, MUSCULAR 
DYSTROPHY 
RESEARCH 
HAS RECEIVED 
MORE THAN 
$500 MILLION, 
WITH $300 
MILLION USED 
SPECIFICALLY 
FOR DUCHENNE 
THERAPIES



for a rare disease to the FDA. This aimed to accelerate 

development and review of potential therapies for Duchenne 

muscular dystrophy. More than 80 representatives of the 

Duchenne community—including parents, patients, medical 

experts, academics, and biopharmaceutical industry 

representatives —participated in seven working groups that 

met over six months to draft the guidance.

One year later, almost to the date, the FDA released its own 

Duchenne guidance, heavily influenced by our community 

draft. Federal leaders continue to listen to the voices in our 

community and we have opened doors for others in the rare 

disease space. 

Identifying Gaps 
 
Connecting—it’s one of the things PPMD does best. Because 

of our reputation, our history, and our record in Washington, 

PPMD continues to convene thought leaders in the Duchenne 

space in Congressional briefings and regulatory meetings so 

that decision makers are well informed about this disease. 

Since 2000, dozens of families from across the U.S. descend 

upon Washington, D.C. for PPMD’s Annual Advocacy 

Conference. Over the course of three intense days, advocates 

visit the offices of hundreds of Congressional members to tell 

their stories.  People with Duchenne and their families use 

their voice to remind policy makers that they are empowered 

voters and that Duchenne deserves the same federal priority 

and investment as any other disease.

Who better understands the needs of a rare disease 

community than those directly affected by it? In December 

2014, we announced our inaugural PPMD Adult Advisory 

Committee (PAAC). The PAAC serves to ensure that the 

voices of adults living with Duchenne and Becker muscular 

dystrophy are reflected in PPMD’s legislative, policy, 

and program activities. Young people transitioning into 

adulthood have been underrepresented in our community, 

and we hope this leadership group will help PPMD accelerate 

policy momentum and revolutionize the way that our 

emerging adult community is conceptualized.

Another way PPMD continues to engage the community in 

our advocacy efforts is through our recently launched State 

Advocacy Captain Program. This program creates a lead 

point of contact in each state working with families to help 

them develop and maintain relationships with their members 

of Congress. These are go-to members of our community. 

They will help families navigate how to advocate to members 

of Congress and create the lasting relationships that are 

critical to moving us into this brave new era of Duchenne.

In late 2012, we launched one of our most ambitious projects 

to date, PPMD’s Benefit/Risk in Duchenne Therapies 

program. This program was intended to inform the FDA 

and industry about meaningful benefits, risk tolerance, and 

treatment priorities of Duchenne community care providers. 

The first phase of the project resulted in several important 

scientific papers that have since been published. The study 

is regularly referred to by regulators as an example of what 

rare disease communities should do to help the FDA better 

understand the myriad of rare diseases that exist. 

Today, phase two of our benefit/risk program is underway, 

focusing on patient preferences. The FDA has already 

expressed their interest in reviewing this new phase upon 

completion. In 2015, PPMD released the results of a system-

specific benefit-risk study based on pulmonary outcomes.  

The study was funded by Santhera Pharmaceuticals and  

used data to show that patients and caregivers valued 

potential therapies targeted at improving pulmonary  

function and were willing to accept some risk and burden. 

With the first potential therapies in Duchenne making their 

way towards the final stages of approval, our community 

has been introduced to another step in the clinical trial 

process: Advisory Committee Meetings (Ad Comms). 

PPMD continues to lead the community by bringing together 

various foundations so that our message at Ad Comms 

is as powerful and unified as possible. These meetings 

have defied the expectations of even the FDA, with record 

numbers of families participating and sharing their stories.  

We remain optimistic that the agency will hear our message 

and soon we will get the result we all long for—approval. 

Investing in Tomorrow
 

True to our mission, PPMD is dedicated to tackling Duchenne 

from every angle, at every stage of progression. To that end,  

PPMD has been at the forefront of national Newborn Screening 

in Duchenne. With so many potential therapies in the pipeline, 

we believe it is a critical time for families to receive an early 

diagnosis so that their child can benefit from possible early 

interventions. We’ve created a Steering Committee of expert 

field leaders to help us plan a comprehensive and supportive 

public health program for Duchenne newborn screening.
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Similarly, we are taking a deeper dive into issues that affect 

the older Duchenne population. Early diagnosis and 

intervention appears to translate into a longer lifespan for 

people with Duchenne. This means that as the Duchenne 

population ages, more and more individuals are managing 

their own care and benefits. They are also seeking higher 

education and entering the work force. We need to ensure 

that they are not penalized for living longer, more productive 

lives. PPMD, with the support of our PAAC, is exploring 

policy options that make certain this group doesn’t lose their 

government subsidies just because they’re making an income.  

As more and more potential therapies make strides towards 

approval, PPMD’s focus turns to access considerations.  

Waiting until we have approval is too late, so PPMD has 

begun working with payers and other partners to prepare for 

coverage and reimbursement issues. The only thing worse 

than not having a treatment for Duchenne would be to have a 

treatment that our community can’t access.

Every Single Collaboration

PPMD realizes that no single strategy or organization will 

end Duchenne without collaboration. We are proud that our 

leadership team participates on a variety of distinguished 

boards and committees that help change the landscape for 

the broader rare disease community.

• Department of Defense (DOD) Chair of Congressionally 

Directed Medical Research Program in Duchenne

• National Organization for Rare Disorders (NORD) Board  

of Directors

• Alliance for a Stronger FDA

• Rare Disease Legislative Advocates (RDLA)—  

EveryLife Foundation

• Muscular Dystrophy Coordinating Committee (MDCC)

• UPPMD (Global PPMD)

• Faster Cures Patients Count Advisory Council

• Biotechnology Innovation Organization (BIO) Patient 

Advisory Group

• National Institute Arthritis Muscoluskeletal Skin Diseases 

(NIAMS) Steering Committee

• National Health Council Medical Innovation  

Action Team
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PPMD wants to ensure that every single person with 
Duchenne receives optimal care.   

Changing the Landscape

In the 20+ years Parent Project Muscular Dystrophy has 

been around, the average lifespan of people with Duchenne 

has increased from late teens/early-20s to mid-20s/

early-30s. This incredible leap is not because of any drug 

interventions or treatments (to date, there are no approved 

therapies)—this is because PPMD has pushed to advance 

care over the last two decades.

When PPMD first began, there were no standards of care. 

Doctors and clinicians were left comparing notes, taking 

chances, and using a “wait and see” approach. Early in our 

history, PPMD insisted that steroids be considered as an 

early intervention and labeled as the “gold standard” due to 

their ability to slow the progression of muscle deterioration. 

In 2006, PPMD and the Centers for Disease Control (CDC) 

assembled a team of medical experts, researchers, and 

parents to discuss disease progression and the care of 

people and families living with Duchenne. Discussions 

of neuromuscular, cardiac, endocrine, pulmonary, and 

psychosocial care informed the care guidelines now known 

as the Duchenne Care Considerations. This landmark 

publication is still the go-to resource in caring for people 

with Duchenne, and is available in more than 30 languages 

and in a family-friendly version.

We take our leadership role in the Duchenne community very 

seriously and we know that people turn to us first when they 

have questions about research, advocacy, and most often, 

care. Over the last few years, PPMD has worked diligently 

with experts in our community to ensure that our website 

is up-to-date. We know that in urgent situations, families 

need important and accurate information at their fingertips. 

Not only does our website contain the critical information 

you need, but we introduced an Emergency Care Card and 

the first Duchenne-specific mobile app in the U.S. so you 

always have information you need when and where you need 

it. Our website provides comprehensive care handouts, 

separated by both stage of disease and body system that can 

be printed from home and taken to your medical team so that 

they have the latest Duchenne information.

Identifying Gaps

People with Duchenne are being cared for by clinics near 

and far. Every Duchenne patient deserves the best care and 
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Duchenne Care Considerations is 
still the go-to resource in caring 
for people with Duchenne, and is 
available in more than 30 languages 
and in a family-friendly version.



PPMD offers 
patient care 
guidelines to 
improve quality  
of life.

treatment possible. Parents, caregivers, and patients have 

the right to know which centers are capable of delivering 

standard of care, who at the center is delivering care, and 

the elements of care provided. The Transforming Duchenne 

Care Initiative convened a group of clinicians, parents, 

and patients, to identify information that families want and 

deserve. They then worked to develop a methodology and 

process by which to identify and certify clinics delivering 

comprehensive care, and then measure results.

The Certified Duchenne Care Center Program helps to 

ensure centers maintain the highest standards in clinical and 

sub-specialty services, rapidly apply new evidence based 

knowledge, and comply with standards in clinical care that 

were established by the CDC Care Considerations. The goal 

of the program is to reduce discrepancies in care, to make 

comprehensive care accessible and available for all patients 

with Duchenne, and to strengthen the results of clinical trials. 

With over a dozen centers certified or soon-to-be certified, 

this ever-expanding network has proven to be incredibly 

useful for not just families, but for industry partners looking 

for centers providing standardized comprehensive care, 

which are felt to be the best clinical trial sites.

In our ongoing expansion of resources geared towards 

health care providers so that they better understand the full 

progression of Duchenne, PPMD published Imperatives of 

DUCHENNE MD. Developed in conjunction with partner 

organizations from around the world, these Imperatives 

provide a snapshot of all of the necessary components of 

comprehensive Duchenne care. It has been hailed as one 

of the most important one-page documents in our care 

arsenal and is available in more than 20 languages

Investing in Tomorrow

PPMD has helped develop ever-evolving resources that 

are continually updated as knowledge in Duchenne 

increases. When we identify areas of concern that need to 

be addressed, PPMD quickly convenes thought leaders in 

Duchenne so that we can enhance the current information 

with the latest findings. 

In the last two years alone, PPMD developed and shared 

the PJ Nicholoff Steroid Protocol (outlining stress doses, 

corticosteroid therapy withdraw, and adrenal crisis symptoms/

prevention), vaccination recommendations (developed with 

the CDC), and anesthesia ecommendations (developed with 

leading anesthesiologists and the Malignant Hyperthermia 

USA). These are just three examples of care recommendations 

that are ever evolving and constantly updated.

Because care has evolved in the past ten years, PPMD 

has re-engaged with the CDC to update the Care 

Considerations. This update will include expanded 

Duchenne care sections, a better understanding of disease 
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progression at each age, and care recommendations for 

adults. We will once again provide the community with a 

family-friendly version and are excited to introduce an 

additional version intended for teens, young adults, and 

adults living with Duchenne. 

After our successful cardiac initiatives, PPMD hosted both 

pulmonary and bone health (endocrinology) meetings in 

2016, as well as a follow on cardiac meeting. These meetings 

will identify gaps in the care and research of these systems that 

we know are particularly compromised by Duchenne.

We will continue to optimize our website and mobile app 

so that they always reflect the most current information. At 

the end of the day, our priority is to make sure you and your 

family have the most current, relevant comprehensive care 

information so that as new therapies continue to be developed, 

people with Duchenne are living longer, stronger lives.

Every Single Collaboration

PPMD realizes that no single strategy or organization will 

end Duchenne without collaboration. We are proud that our 

leadership team participates on a variety of distinguished 

boards and committees that help change the landscape  

for the broader rare disease community.

• American Council for Genetic Counseling Past President

• Member of the Office of Rare Disease Research Global 

Rare Diseases

• (Patient) Registry and Data Repository (GRDR) selection 

committee in 2012

• CDC Working Group on Quality of Life Models and 

Measures for People with Muscular Dystrophy and 

Other Significant Mobility Limitations

• PPMD staff and consulting professionals now include  

three experienced healthcare providers:  

3 board-certified genetic counselors and a board 

certified pediatric nurse practitioner

• American Child Neurology Nurses Nominating 

Committee, chairman

• CDC Care Considerations Steering Committee
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With a renowned registry and free genetic testing, PPMD 
helps the entire community understand every single diagnosis.  

Changing the Landscape

PPMD has always believed that knowledge is key in the fight 

to end Duchenne. Since our earliest days, PPMD has strived 

to not only continue to learn as much as possible about 

this ever-complex disorder, but then to share that with the 

Duchenne community: families, clinicians, researchers, and 

anyone involved in the Duchenne space.  

 

One way we serve to educate the entire Duchenne 

community is through PPMD’s Annual Connect 

Conference. As the leading and largest Duchenne-specific 

conference in the world, our Annual Connect Conference, 

brings together families, patients, clinicians, researchers, 

industry partners, and others in one intense and profoundly 

impactful meeting. At the Connect Conference, you can 

expect to hear the latest updates and timelines regarding 

clinical trials as well as information on new and emerging 

research. A lot of time is given to age-specific care sessions 

where clinicians from all of PPMD’s Certified Duchenne 

Care Centers come to make sure that patients and families 

understand what optimal care looks like. And of course 

nothing can compare or replace the value of face-to-face 

time between families, researchers, colleagues, and others.  

 

PPMD has grown the Connect Conference to now include a 

scientific poster session, an expanded and ever-growing Kid’s 

Track, and scholarships to newly diagnosed families interested 

in attending the conference. For families unable to attend the 

Connect Conference, PPMD provides live streaming of most 

sessions and an archive page on our website capturing each 

presentation. These additions, along with a Duchenne-specific 

resource fair, serve to bring even more information to every 

single family living with a Duchenne diagnosis.  

 

PPMD offers an educational webinar series dedicated to 

breaking down difficult and potentially confusing aspects 

of Duchenne to make sure everyone in our community fully 

understands the complexity of the disease. It is important

for PPMD to reach the community so that everyone 

understands the different mechanisms of research and trials 

being conducted, the importance of patient involvement 

in advocacy, and other initiatives. PPMD has hosted nearly 

50 webinars over the years, each being archived for future 

reference. Averaging over 100 live attendees per webinar, 

with hundreds of downloads after the webinar, this type of 

informational platform helps to unite the community.  

 

As the research pipeline began to fill and clinical trials 

started to move ahead, PPMD realized that people with 

Duchenne, families, researchers, and industry partners 

needed data and needed to be connected to help move 

the field faster. In 2007, DuchenneConnect, the largest and 

most robust Duchenne registry to date, was born.  

 

DuchenneConnect continues to grow, now comprised 

of over 3,500 patient registrants representing over 100 

countries. To date, PPMD and the DuchenneConnect 

registry team have helped industry and academic partners 

recruit for over 100 clinical trials and research studies. The 

data in DuchenneConnect not only allows families to explore 

and compare their data with other families, it helps to inform 

clinical trial design for our industry partners. 

 
Identifying Gaps
 
In the fall of 2013, PPMD partnered with Sarepta 

Therapeutics on a genetic testing program called Decode 

Duchenne. This program, using the DuchenneConnect 

registry, was initiated to provide free genetic testing to 

those unable to access testing.  

 

Two years later, PPMD was delighted to expand this 

already successful program and create the first of its 

kind partnership between three of the leading industry 

partners in the Duchenne space —Sarepta Therapeutics, 

BioMarin Pharmaceutical, and PTC Therapeutics. This newly 

expanded program has been able to reach hundreds of 

DIAGNOSIS
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families from across the country—offering them free genetic 

testing, testing interpretation, and connecting them with 

one of PPMD’s three on-staff genetic counselors. We have 

seen, firsthand, families who were not sure whether they 

were eligible for clinical trials, find out that they were indeed 

eligible. We have also seen families now aware of their 

specific genetic mutation, better follow and understand the 

current state of research as it pertains to them. Finally, we’ve 

seen families share this important genetic information with 

their relatives so appropriate genetic counseling and testing 

can be provided.  

 

In early 2014, PPMD’s DuchenneConnect registry received  

a funding award of more than $970,000 from the  

Patient Centered Outcomes Research Institute  

(PCORI) to take part in developing a national network  

called PCORnet. PCORnet (National Patient-Centered 

Clinical Research Network) is designed to make  

research faster and cheaper by harnessing the power of 

large amounts of health data and patient partnerships.  

This exciting news meant that DuchenneConnect,  

already a model for rare disease registries, grew to  

another level. In August 2015, DuchenneConnect was 

approved for a three-year, $1.4 million funding award  

by PCORI as part of the second phase of the development 

of PCORnet. 

 

This funding award will allow DuchenneConnect to continue 

collaboration and research with fellow groups within 

PCORnet, and let us keep strengthening the platform and 

making the registry experience easier and more user-friendly.  

 

While PCORnet aims to conduct faster and less expensive 

clinical research, it is also hoping to transform the culture 

of clinical research from one directed by researchers to 

one driven by the needs of the patients and the ones that 

care for them. DuchenneConnect does this by allowing our 

Family Advisors to help direct the overall functioning of 

the Registry. We are also reaching out to the community for 

thoughts and ideas. DuchenneConnect is excited to partner 

with PCORnet and our entire community. 

 
Investing in Tomorrow
 

Duchenne knows no boundaries. It crosses all cultures, all 

races, and all countries. In 2016, DuchenneConnect will 

be expanding to include country-specific portals in the 

registry. These portals will be country specific sites that 

provide that region’s Duchenne population with critical 

updates, data, and resources. The de-identified information 

entered within the portal will be curated and then 

aggregated into the overall DuchenneConnect registry.  

 

This will allow industry partners to gather more information 

regarding the patient population and in turn, expand and 

develop trials accordingly. Patients will also have access to 

information so they too have the latest updates on care, 

research, clinical trials, and ultimately treatments.  
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After receiving a STRIVE grant from PTC Therapeutics in 

2015 for a study on carrier moms and at risk women in 

the Duchenne community, PPMD saw the importance of 

adding the issues of carriers to the full understanding of 

Duchenne. So in an effort to serve every single carrier, 

PPMD is launching a full carrier initiative in 2016 aimed 

at understanding the physical and psychological impact 

of being a carrier mom and/or a manifesting carrier of 

Duchenne. The term carrier alone conveys a message of 

burden, whether that is in caring for a child or dealing with 

the feeling of guilt associated with the diagnosis. Alongside 

these psychological issues, we will also explore the actual 

physical and health issues related to being a Duchenne 

carrier, such as cardiac implications and other health risks. 

Every Single Collaboration
 

PPMD realizes that no single strategy or organization will 

end Duchenne without collaboration. We are proud that our 

leadership team participates on a variety of distinguished 

boards and committees that help change the landscape for 

the broader rare disease community.

• NSGC (National Society of Genetic Counselors) 

Neurogenetics Special Interest Group

• Member, PCORnet Council 

• Member, PCORnet Contracts Working Group

• Member, TREAT-NMD Global Data Oversight 

Committee (TGDOC)

• PPMD staff regularly provides trainings for healthcare 

providers, educators, researchers, families, and  

other stakeholders.

DuchenneConnect  
continues to grow,  
now representing over 
100 countries. 
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PPMD strives to connect every single family in this 
community so no one navigates Duchenne alone. 

Changing the Landscape

Receiving the diagnosis of Duchenne is a devastating and 

isolating moment for a family. It is our goal to provide 

families with lifelines to the Duchenne community so that no 

one ever feels alone. It is also important to PPMD to be able 

to offer programs and actions that help empower families to 

move forward in the face of Duchenne, to unite with others 

in changing the landscape, and to be part of a community 

that is there for each other through good times and bad. 

In addition to our main website, PPMD also maintains a 

Duchenne-specific community site. This community site 

is part social networking, part information sharing, and 

a safe place for the community. Here, members are able 

to post questions, join topic specific groups, and engage 

in conversations about real life issues and questions. The 

PPMD community site boasts over 5,000 members from 

over 110 countries. In the world of social media, the PPMD 

community site rolls together the camaraderie of Facebook 

with the specificity of an online Duchenne community. 

PPMD is proud to keep a strong and active presence on 

social media channels. Our Facebook page has over 20,000 

likes/fans and helps us to push out information to a wide 

audience. Our Twitter feed helps to keep the community 

up to date during important live events, such as advocacy 

hearings and breaking research news events. PPMD boasts 

the largest, most robust, and most visited Duchenne-

specific YouTube channel in the community. By sharing up-

to-date information on a wide range of critical topics, we are 

arming parents with knowledge—one of the most important 

tools in the fight to end Duchenne. As new social media 

platforms emerge, PPMD strives to find families wherever 

they turn for the latest information. 

PPMD is also proud to offer the community a mobile 

application (app) for smartphones and tablets, to help 

keep the community connected, especially in emergency 

situations. This app shares information related to care and is 

especially useful to families who may find themselves in the 

ER or in a situation where sharing information on Duchenne 

in a moment’s notice is necessary.

Identifying Gaps

PPMD saw the need for connecting families and developed 

FACES—Families Advocating, Connecting, Educating, 

and Supporting. These volunteer-led groups offer a place 

for families to gather and talk. The FACES groups also act as 

the eyes and ears for PPMD, helping us to hear the issues the 

community is facing. We are also thankful for the interaction 

FAMILY

Our online resources 
connect the Duchenne 
community with  
critical information  
and support.
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that the FACES groups have with local doctors, clinicians, 

schools, and others who may need educational resources 

about Duchenne. Currently there are over 15 FACES groups 

in the United States, with more joining each year. 

In 2004, PPMD began Run For Our Sons, an endurance 

program with running teams participating in marathons 

around the country. To date over 4,000 people have run 

in hundreds of races and raised over $10 million. Run For 

Our Sons gathers families, friends, and those beyond the 

touches of Duchenne and helps raise funds and awareness 

for Duchenne. 

The Run For Our Sons program continues to endure, 

entering new races yearly and activating families across the 

country. Many parents tout the Run For Our Sons program 

as a way for them to maintain their own health while doing 

good for the community. The families that participate in this 

program find strength in each other and in every step they 

take toward reaching the finish line. 

Investing in Tomorrow

Community. Nothing is more important than knowing you 

are not alone. In 1994, PPMD began canvasing the country, 

bringing informational meetings to different areas. Today, we 

are proud to still keep our grassroots passion in formalizing 

these meetings into the Every Single One Tour. Combining 

our roundtable meetings with a FACES group, a Certified 

Duchenne Care Center, and even a Run For Our Sons race, 

PPMD has been able to schedule five locations in the U.S. for 

this initial year of the Every Single One Tour, with the hopes 

of scheduling at least that many in the years to come. 

For those unable to attend the annual PPMD Connect 

Conference, the Every Single One Tour brings critical 

information to families. Not only does it help to introduce 

medical leaders to families, but also families to each other.  

It is interactive education at its best and an important part 

of the PPMD mission, both yesterday and tomorrow.
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PPMD appreciates every single gift we receive to help us 
end Duchenne. 

For over two decades, PPMD has funded projects we feel 

are the most impactful and have the most potential to treat 

as many people in our community quickly and effectively. 

We pride ourselves on being intricately involved at all levels 

of the therapy development pipeline and recognize that  

the progress made is inextricably linked to our crucial 

advocacy work. We are dedicated to moving all potential 

therapies forward. 

To that end, PPMD is proud to be an investor in nearly 

every single therapy in the drug development pipeline for 

Duchenne muscular dystrophy.  We invest funds raised 

as quickly and efficiently as possible, to maintain our 

comprehensive approach. We hold the highest ethical 

standards and continue to receive high marks from 

watchdog organizations.

We know that no one person, company, or organization 

will end Duchenne. That’s why we are grateful to all of our 

collaborators—individuals, organizations, and industry 

partners—who, by joining forces with PPMD help expand 

the Duchenne community and make us all stronger.

Individual Donors

PPMD believes that every dollar from every family in our 

community should be invested back into the fight to end 

Duchenne. Whether it’s single donations, sustaining  

gifts, or funds raised through grassroots events and 

fundraisers, we believe that your investment in us is an 

endorsement of the work we do and we will continue to 

elicit your pride in that investment.

Corporate Sponsorships

Our corporate sponsors are true partners, and work closely 

with us to achieve our mission. Through local events  

and programs across the country, sponsors invest in our key 

pillars—research, advocacy, care, and education—and are 

provided with a range of unique benefits.   

Industry Partners 

PPMD recognizes the strength of collaboration amongst 

industry partners. Through educational and program grants, 

industry partners have helped fund community engagement 

and outreach initiatives. 

Organizational Partners

PPMD maintains formal and informal partnerships with 

organizations around the nation and globe who share a 

similar mission, tactics, and ideology for the purposes 

of cooperation on research, sharing data, and raising 

awareness for the entire rare disease community. 

GIFT
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Parent Project Muscular Dystrophy’s Board of Trustees is made up of parents of people 
with Duchenne and expert physicians who treat our community. Unlike many nonprofits, 
PPMD’s Board is hands on, not only governing the organization, but directly working 
within many of PPMD’s programs.

PPMD’s staff is a dedicated group of passionate people that continually work to assist 
families in the community. They are available to help round the clock and are deeply 
committed to the fight to end Duchenne.



2016 ACTIVITY 
STATEMENT
  2016 2015

Public Support
Contributions  6,708,102  7,688,438 

Grants   652,115  --

Conference registration fees   364,129   161,900 

Special events   

Gross income   858,699   1,038,163        

Direct expense      (363,279)           (197,600) 

Investment Income
Interest and dividends   3,220   377 

Loss on sale of donated securities   (4,094)  (10,664) 

 

Total Income   8,218,892   8,680,614 

Functional Expenses
Program services   6,552,868   6,521,908 

Management and general   527,324   426,231 

Fundraising   480,472   761,762 

Total Expenses   7,560,664   7,709,901 

Increase (decrease) in net assets   658,228   970,713 

Net assets - beginning of year   2,498,159   1,527,446 

Net assets - end of year   3,156,387         2,498,159



401 Hackensack Avenue, 9th Floor 

Hackensack, NJ 07601 

800.714.5437

    facebook.com/parentprojectmd

    youtube.com/user/ParentProjectMD

    twitter.com/parentprojectmd

ParentProjectMD.org
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