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Please support 21st Century Cures Act 
 
 
 
 
 
There are 10,000 identified diseases, 7,000 of which are rare, and only 500 have treatments.  The needs of rare 
disease patients are unique and profound.  And our current regulatory process has not kept pace with medical 
advances.  While research holds potential for treatments and one day cures for rare diseases, those will only be 
realized by focusing specifically and intentionally on rare diseases. 
 
A bi-partisan effort in The House Energy and Commerce Committee resulted in the release of a ground-breaking and 
very exciting piece of legislation called “21st Century Cures”.  In July, the House passed the 21 Century Cures Act by a 
wide majority, 344 – 77.   
 
We are hopeful the Senate will support many of the key provisions in the 21st Century Cares Discussion 
Document.  Shortly after the initial release of the House bill, the Senate Committee on Health, Education, Labor, and 
Pensions' Chair Senator Lamar Alexander and Ranking Member Patty Murray, released a response.  Chairman Lamar 
stated:  “This work will help make virtually every American healthier through innovation, and I look forward to 
working with Ranking Member Murray and Chairman Upton as we begin our bipartisan effort in the Senate health 
committee to have legislation to the President by the end of this year.”   
 
We are very encouraged by the focus of the House bill which is putting patients first and holds incredible potential for 
patients with rare diseases, including mucopolysaccharide (MPS) diseases.  We hope the Senate will embrace these 
same issues. 
 
There are several key provisions of the legislation we hope will be in a Senate sponsored version of the bill as these 
are critically important to MPS patients and their loved ones. 
 
 
Incorporating patient perspectives into the regulatory process: 

• The voice of the patient provides valuable information on symptoms that most impact the patient’s quality of 
life along with the level of treatment tolerance they are able and willing to manage to alleviate symptoms or 
slow disease progression.   

• This is invaluable to successful clinical trial participation and drug development. 
 
 
Patient-focused drug development: 

• This would build off of the Patient Focused Drug Development program at the Food and Drug Administration 
(FDA).  

• The FDA would be required to develop a structured framework by which to incorporate patient experiential 
data into the regulatory process.   

• In particular, for patients with rare diseases, the risk versus benefit ratio is very different than it would be for 
a patient with a disease for which there is more treatments and cures, and it is essential that this is factored 
into the regulatory process. 

• Families who have a child with rare diseases like MPS are willing to accept high risk in treatments because the 
disease is a progressive, lethal, rare disease with few treatments and no cure.  “Treatment tolerance” for 

MPS diseases are rare genetic diseases that affect both children and adults. They cause progressive damage 
to cells in the body, resulting in severe disability and early death. There are few treatments and no cures.  

But there is hope. 
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families living with MPS go far beyond data and statistics.  Families are willing to risk the unknown of testing 
new treatments, even death, because the known alternative is disease progression, loss of function, and 
death. 

• In developing a structured process for gathering and considering patient/family input as part of the 
regulatory process, it is essential that the process is transparent. 

• In particular – though not exclusively, the risk versus benefit information from patients should be specifically 
applied when the biomarkers are not well enough understood. 

 
Orphan Product Extension Now (the OPEN Act): 

• This will provide much needed incentives to drug manufacturers to invest in re-purposing existing drugs for 
potential use in the rare disease community. 

• Drug companies would receive an additional 6 months of market exclusivity for a drug if they could establish 
that the drug treats a rare disease and receive a rare disease indication from the FDA on its label. 

• This powerful incentive could result in critically needed new therapies available to patients with MPS. 
• We expect that hundreds of new drugs could be approved for rare diseases in just a few years if this act 

passes.  Previously it has taken decades to get that many drugs approved.   This would enable trials that are 
shorter and less expensive.  Costs would be borne by the private sector and not the government. 

• Many drugs currently on the market could be re-purposed for rare disease indications, but companies are 
reluctant to add rare disease indications to their currently approved drugs since the financial benefits of 
treating a small population with a rare disease do not outweigh the risks (such as fear of potential adverse 
effects in clinical trials on very sick patients). 

• 95% of rare diseases have no approved treatments, and at the current rate of 10 new approved drugs per 
year, it will take 500 years to treat all rare diseases. 

 
Please support these measures in a Senate version of legislation. 
 
 
 
 
 
 
 
 
 
 
 
 
 
 
About MPS 
MPS (mucopolysaccharide) diseases are rare genetic diseases that affect both children and adults.  They cause 
progressive damage to cells in the body, resulting in severe disability and early death.  There are currently few 
treatments and no cures.   There are 11 types of MPS but only four FDA approved enzyme replacement therapy 
treatments to slow disease progression.   
 
The damage from MPS results in severe problems, including profound intellectual disabilities, heart disease, vision 
loss, speech and hearing impairment, short stature, stiff joints, and pain, among others.  MPS diseases are devastating 
for children and families, largely due to the progressive nature of the diseases.  Babies are often born looking perfectly 
healthy.  It is only later, as cell damage becomes worse, that parents receive the heartbreaking diagnosis.  All MPS 
diseases are terminal. 
 
For more information, contact: Stephanie Bozarth, Chair, National MPS Society Committee on Federal Legislation, 
stephanie.bozarth@mpssociety.org, (202) 257-7808 
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