
To whom it may concern: 
 
 
I am providing this information for a Medicare meeting regarding coverage for rare disorders. I am 
referring to enzyme deficiencies which fall under a class of diseases called lysosomal storage disorders 
or LSDs. In general, these are devastating disorders that are present at birth due to a genetic mutation 
causing a reduction or absence of a crucial metabolic enzyme. This is an ongoing and cumulative disease 
process with resultant damage to multiple organs. The earliest diagnosis and intervention with either 
enzyme replacement therapy or other available therapies produce the best outcomes. 
 
 
These disorders are rare, but the most common LSDs are Fabry disease and Gaucher disease which 
result in life threatening or life-shortening manifestations that impact both duration and quality of life.  
Many of these patients are not diagnosed until later in their disease course which impacts their 
response to the available therapies. 
 
I have been treating these disorders for more than 25 years. Our Lysosomal Storage Disorder Center is 
the only comprehensive treatment center in Iowa, a primary referral center in the Midwest and also a 
clinical research site for these disorders.  There are ongoing clinical trials hoping to provide additional 
enzyme treatments or alternate therapies that may have future utility in minimizing or negating the 
effects of these disorders. At this time, these disorders may have more than one available proven 
treatment that positively impacts the outcome of these patients.  
 
I am requesting that you maintain open access of all current available therapies to include any new 
therapies which are shown to be effective for these disorders. This will provide the afflicted patients the 
best opportunity for treatment that meets their individual needs. Specifically, as an example, Gaucher 
disease has five available therapies, three of which are intravenous infusion therapies, and two are oral 
therapies. The oral therapies are not indicated for some patients with this disorder and other patients 
may have compelling reasons to receive one particular intravenous product over another. Limiting or 
prioritizing these therapies may impact their ability to receive these medications and ultimately their 
response to therapy.  The decision for a specific therapy should be in the hands of the care provider and 
the patient to provide the best tailored treatment plan.  
 
I urge you to consider this information when rendering a decision about therapies for lysosomal storage 
disorders and rare diseases.  
 
Respectfully; 
 
 
 


