
January 24, 2017 
 
To Whom It May Concern: 
 
We are writing on behalf of our patients with Duchenne muscular 
dystrophy (DMD) with genetic changes amendable to “exon 51 
skipping” with the newly FDA-approved medicine, eteplirsen 
(Exondys 51).  
 
Duchenne muscular dystrophy is a genetic disorder that typically has onset before age five 
years and results in progressive muscle weakness, cardiomyopathy and respiratory failure 
resulting in death by young adulthood.  Until the recent FDA approval of eteplirsen, there has 
not been any specific treatment for this disease.  High doses of corticosteroids slow the 
progression of DMD and other care is supportive.   
 
The Pediatric neuromuscular clinic at the University of Iowa Hospital and Clinics provides 
healthcare to approximately 95% of males in the state of Iowa with DMD through clinics in Iowa 
City and outreach clinics across the state, supported in part by the Iowa Neuromuscular 
Program through the Iowa Department of Public Health (numbers based on the CDC-sponsored 
MDSTARnet DMD epidemiology program).  Through this multidisciplinary clinic, we monitor for 
complications of disease, provide supportive care and coordinate referrals to other specialists 
as appropriate.  The neuromuscular team consists of neurologists, nurse coordinators, physical 
therapists, a nutritionist, social worker and genetic counselor, with additional specialty 
expertise routinely provided by cardiologists, pulmonologists, orthopedists, and 
endocrinologists. Management of motor disability includes interventions to maintain range of 
motion, as well as assessment and prescription for orthotics, mobility devices, standers, Hoyer 
lifts and other durable medical equipment. 
 
Eteplirsen is the first FDA approved medication that specifically treats DMD.  It is administered 
by weekly IV infusions. It works by addressing the specific genetic defect for a subset of 
affected males.  Males with DMD have no functional dystrophin, a skeletal muscle protein.  
Treatment with eteplirsen results in production of an internally truncated but functional 
dystrophin protein.  Data generated from studies to date support the suggestion that relatively 
low levels of dystrophin can be functionally significant to patients and likely to result in clinical 
benefit. The males treated with eteplirsen in preliminary clinical trials walked longer distances 
and continued walking at older ages compared to matched controls from natural history 
studies.  Distance walked in 6 minutes is a validated outcome measure that is associated with 
improvement in other aspects of DMD, including improved pulmonary function later in the 
disease.  
 
Eteplirsen modifies a specific part of the dystrophin gene, and is only beneficial for patients who have a 
subset of mutations in that region.  Of all DMD patients, ~13% will have mutations expected to be 
modified by eteplirsin. Selection of patients who might benefit from the drug therefore is dictated by 
mutation and stage of disease.  While the FDA-approval was for all ages and stages, without further 

 

 



published data, we do not expect to prescribe it for individuals who are extremely young (under age 4) 
or medically fragile due to advanced stages of the disease. Our institution is a clinical trial site for the 
ongoing double-blinded, placebo controlled study of this drug, so we are quite familiar with selection of 
appropriate patients who have a mutation that could be modified by eteplirsen, drug administration and 
eteplirsen’s strong safety record.  
Prescribing will always be accompanied by detailed discussion with the family to insure that they are 
committed to this therapy and understand the need for weekly infusions.  We are currently aware of 
seven patients in Iowa with mutations that would make them eligible for eteplirsin; two of these are too 
young, one has quite advanced disease and would be unlikely to benefit.  Two of the remaining four 
have contacted us expressing interest.  Both of these individuals have both private insurance and Iowa 
Medicaid/MCOs. One has been treated with Exondys 51 through a clinical trial and is hoping to 
transition commercial product with home infusions. He has been driving approximately 4 hours each 
direction once per week for this clinical trial in Iowa City. The second individual has not had access to 
Exondsy 51, but hopes to start once approved by his payers. 
 
 
Monitoring of patients taking eteplersin will include standard assessments of strength and function. 
Examples that will be recorded in the clinical setting include: time to stand, manual muscle strength 
testing, ability to walk distances (assessing endurance and fatigue), pulmonary function (PFTs), cardiac 
function (echocardiogram) and ability to complete activities of daily living (feed himself, dress himself, 
use his arms to do homework, etc). In patients who have lost ambulation, our assessments focus on 
upper extremity functions, such as being able to eat without assistance, use of keyboard and control of 
the joystick on the power wheelchair.  
 
Iowa is not the first state to consider Medicaid coverage for this newly emerging medical treatment. 
California’s Medicaid program recently reviewed this same information and approved its use in this 
specified patient group. Duchenne-experts (Doctors Craig McDonald of UC Davis, Perry Shieh of UCLA 
and John Day of Stanford) recorded their explanation of this data and the context of prescribing in their 
state. Their recording is available at this YouTube site: 
https://www.youtube.com/watch?v=FCgypchATn4. The recording includes information about the 
disease progression, how studies were conducted and considerations for prescribing and monitoring in 
the clinical setting.  
 

Considering all the available data, we believe eteplirsen will help to preserve muscle function 
and slow progression of disease in appropriately selected males with DMD.  This is an important 
advance for a disease with no specific treatment.  We would be happy to answer additional 
questions you might have about the disease or its treatment.  
 
Thank you for your attention,  
 
 
 
 

https://www.youtube.com/watch?v=FCgypchATn4

