
OneVOICE:
Insights and observations from a national survey 
of adults and families living with neuromuscular disease

On April 15, MDA’s 2019 Clinical & Scientific Conference 
kicked off with a keynote address and panel discussion, 
where experts weighed in on the number of new drugs being 
submitted to the FDA for review and the best strategies for 
bringing them to market.

Keynote: From Discovery to Delivery
MDA was honored to have Janet Woodcock, M.D., director 
of the Center for Drug Evaluation and Research (CDER) at 
the U.S. Food and Drug Administration (FDA), present the 
keynote address. 

Dr. Woodcock spoke about the current explosion of scientific 
information that will lead to new treatments for neuromuscular 
disease (NMD). According to Dr. Woodcock, new scientific 
discoveries are “pouring out of the lab,” providing hope for 
people with previously untreatable diseases. 

But she also noted the challenges of developing drugs for 
neuromuscular diseases. 

Clinical development for neuromuscular disease drugs is 
a long, expensive process, which can be tragic for patients. 
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designed to allow drug 
developers to test 
multiple interventions 
in one or more patient 
types or diseases 
within the same 
overall trial structure. 
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Master protocols are a way to overcome 
some of the challenges so researchers 
can answer more questions in less time.

A master protocol is designed to 
allow drug developers to test multiple 
interventions in one or more patient 
types or diseases within the same overall 
trial structure. As a collection of trials, 
a master protocol shares key design 
components and operational aspects to 
achieve better coordination than can be 
achieved in single trials designed and 
conducted independently. 

FDA Panel:  
Seeking Change for the Better
Following the keynote, a group of 
experts took the stage for an FDA panel 
discussion. Joining Dr. Woodcock were 
Peter Marks, M.D., Ph.D., director, 
Center for Biologics Evaluation and 
Research (CBER) at the FDA; John Day, 
M.D., Ph.D., professor of Neurology 
at Stanford University; and Frank 
Sasinowski, M.P.H., J.D., adjunct 
professor of Neurology at the University 
of Rochester Medical Center.

The panel’s discussion stemmed 
from Dr. Woodcock’s keynote remarks 
on prescription, generic and over-the-counter drug 
regulation.

The number of Investigational New Drug (IND) 
applications to the FDA was increasing noticeably, 
said Dr. Marks. He cited a prediction from the 
Massachusetts Institute of Technology stating that by 
2030, 40 to 60 new gene therapies will launch, and 
more than 500,000 individuals will be treated with 
gene therapies in the United States. He added that 
as of April 1, of the 97 requests the FDA received 
for Regenerative Medicine Advanced Therapy 
(RMAT) designation, 33 products were granted RMAT 
designation. Twenty of these were given Orphan 
Product designation (otherwise known as Orphan 
Drug designation). Most of these products are cellular 
therapy or cell-based gene therapy products.  

Dr. Day was enthusiastic about gene therapies. 
“It’s exciting for medicine,” he said, “because these 
platforms have now been proven to be effective, and 

we can be excited about where this is 
going.” He raised some thought-provoking 
questions. In a clinical trial in which a 
drug is being tested, when the result 
proves effective, do we approve the drug 
for just the patient involved in the trial? Or 
do we approve it for everyone? And how 
does the FDA make that determination? 
He also discussed the FDA’s role beyond 
drug approval. Can the FDA’s approval 
impact insurers’ authorization of the 
drugs?

Last to present during the panel 
discussion was Frank Sasinowski, who 
called on clinical trials in this space to 
have elements of “seamless and adaptive 
design.” He referenced MDA’s MOVR Data 
Hub, which allows the possibility of a 
longitudinal dataset to be used in study 
cohorts. Sasinowski encouraged change 
and innovation in the way that researchers 
think of designing clinical trials. Most 
memorable from his presentation was 
his call to “Listen [to patients], because 
they know what industry and academia 
do not know. They are the ones with the 
condition. They know it in their bodies. 
They understand it.” 

Sasinowski applauded the FDA for not 
only listening to patients but acting on what patients 
tell them, primarily during and after FDA-supported 
patient-focused drug development meetings. By 
empowering patients, the FDA tries to understand and 
learn from those patients’ experiences.

The panel also gave advice for drug developers: 
Enter conversations with the FDA in early development 
stages. The panelists referenced times in which they’d 
had discussions with developers early in their process 
on broadening the agenda so results would be more 
applicable to more populations. In the end, the panel 
stressed the importance of continued conversations 
and sharing in advancement of research as a whole.

A key takeaway from the panel was that when it 
comes to neuromuscular diseases there is no limit to 
what we can achieve. It will, however, take a patient-
centered approach, communication and cross-
collaboration to best reach patients and to arrive at 
treatments and cures.
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where this  
is going.”
— JOHN DAY,  
M.D., PH.D.

At MDA – the Muscular Dystrophy Association – our mission is to save and improve 
lives for people fighting muscle disease. We fund research to find treatments and 
cures, support and empower families, and rally communities by aligning with  
supporters who care. Most people know we do a telethon and help kids with  
muscular dystrophy. Actually we do much more.

250
current research 

projects in 
12 countries 

$300,000       
typical MDA 

research grant

YOUR CONTRIBUTION HELPS PAY FOR

$100 support group session

$150 physical or respiratory  
therapy consultation

$300 professional fees related  
to diagnosis

$500 annual repairs of wheelchair  
or other equipment

$800 week at MDA summer camp 
for one child

Join us:  
Get help • Donate • Volunteer • Fundraise 
888-HELP-MDA (435-7632) • mda.org
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“If we can find  
a cure, we can  

save people’s lives.” 
Bryson Foster, 13, future sportscaster

55,000
annual visits 
to our 200 

clinics

35,000  
kid attendance at  
summer camps  
in past decade

$62 MILLION 
annual investment in 

patient services 

“Every dollar has given me hope.   
Every minute at camp taught me lessons.”  

Angela Wrigglesworth, 36, award-winning schoolteacher

based on 2013-2014 data

muscle diseases 
we fight 

including ALS, SMA,  
dystrophies.

Find treatments & cures

67
clinical 
trials 

in progress

Support families

43

Your dollars at work What does             do?

MDA invests donations wisely, with 77 cents of every dollar 
going directly to fund our mission. Designated a “Top-Rated 

Charity” by the American Institute of Philanthropy, MDA is the 
first nonprofit to receive a Lifetime Achievement Award from 
the American Medical Association “for significant and lasting 

contributions to the health and welfare of humanity.”

Started in 1950 by families,  
for families.




