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Eteplirsen (Exondys 51) is an antisense oligonucleotide indicated for the treatment of 
Duchenne muscular dystrophy (DMD) in patients who have a confirmed mutation of the 
DMD gene that is amenable to exon 51 skipping.  The approval of this controversial drug 
has been accelerated by CMS based on an increase in dystrophin in skeletal muscle 
observed in some patients.  Dystrophin is a rod shaped cytoplasmic protein that connects 
the cytoskeleton of a muscle fiber to the surrounding extracellular matrix through the cell 
membrane.  A clinical benefit has not been established and continued approval is 
contingent on verification of clinical improvement in confirmatory trials. 
 
Exon skipping is a form of RNA splicing used to cause cells to “skip” over faulty or 
misaligned sections of genetic code resulting in a truncated but still functional protein, 
despite the genetic mutation.  
 
ALL Criteria must be met:  

1. Member has a confirmed mutation of the DMD gene amenable to exon 51 
     skipping 

2. Eteplirsen has been initiated in childhood after age 3 and before 14 years of age.   
3. Member is able to achieve an average distance of at least 180m while walking 
      independently over six minutes.  

4. Medication is prescribed by or in consultation with a physician who specializes  
      in treatment of pediatric neurologic disorders. 

5. Eteplirsen is dosed based on FDA approved dosing at 30mg/kg/week. 
6. Progressive disease is documented despite standard corticosteroid therapy. 
7. Approval of initiation of treatment is for six months. 
8. Medication administration is performed in a treating physician’s clinic, patient’s 

home (by appropriate healthcare professional), or hospital. 
 

Continuation of Treatment after six months: 
1. Continuation of treatment requires documentation of stability of member’s physical 

capacity to improve or maintain distance walked in six minutes.  A decline of 20 
percent from baseline distance in six months would indicate little or no meaningful 
therapeutic effect. 

2. Renewal of treatment is required every six months based on clinical parameters 
documenting improvement, stability, or a decline in capacity which is significantly 
better than anticipated. 
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Development of utilization management criteria may also involve research into other state 
Medicaid programs, other payer policies, consultation with experts and review by the 
Medicaid Clinical Advisory Committee (CAC).  These sources may not be referenced 
individually unless they are specifically published and are otherwise applicable to the 
criteria at issue. 
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