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Insurance Company Name
Insurance Company Address
Insurance Company City/State/Zip
Re: Request for reconsideration of coverage denial.
Your Name
Type of Insurance
Group/Policy Numbers
Subscriber ID Number

Dear [name of representative] or Claims Review Department,

After consulting with my physician, [doctor’s name], I am formally submitting an appeal of your decision to deny coverage of [his/her] recommended treatment plan for EXONDYS 51. 

Your letter dated [date of letter] stated that “[quote the exact reasons for denial from the letter]”. 

On [date], I/my son/daughter was diagnosed with Duchenne muscular dystrophy.  Duchenne muscular dystrophy is caused by mutations in the dystrophin gene.  This gene is an x-linked genetic disorder characterized by the progressive loss of skeletal muscle and degeneration, leading to premature death. Individuals with Duchenne typically lose the ability to walk by age 13 and experience serious respiratory, orthopedic, and cardiac complications due to the lack of dystrophin in their muscles. 

EXONDYS 51 has been granted accelerated approved by the FDA based on an increase of dystrophin that was shown to be statistically significant in clinical studies. The determination by FDA is that this increase in dystrophin is reasonable likely to predict clinical benefit in patients. 

Since the diagnosis, the only medication primarily used by patients like myself/my son/daughter has been corticosteroids which do not treat the underlying cause of the disease, a lack of dystrophin. 

I am greatly encouraged that my doctor believes my child is/I am a good candidate for EXONDYS 51. This is the first FDA approved treatment for the disease and is intended to allow for production of an internally truncated but functional dystrophin protein. 

I/my son/daughter is currently non-ambulatory, having lost the ability to walk independently at age _____. Studies in ambulatory patients with Duchenne have demonstrated that treatment with EXONDYS 51 (also known as eteplirsen) yielded stabilization of measures of pulmonary function including percentage maximum inspiratory pressure (% MIP) and percentage maximum expiratory pressure (% MEP). In addition, treatment with EXONDYS 51 yielded a slowing of the disease progression as related to pulmonary decline. Trial participants experienced a mean 2.5% reduction in percent forced vital capacity (%FVC) per year, as compared to the natural history rate of decline of 5% per year.1,2 Significant levels of FVC impairment are associated with an increased risk of respiratory infections, complications, and mortality in patients with Duchenne.3,4

The importance of maintaining effective cough and reducing the risk of airway infections was methodologically established through a quantitative patient preference study conducted by Parent Project Muscular Dystrophy (PPMD)5. Participants rated maintaining effective cough strength and reduced lung infections as important treatment priorities for Duchenne. 

Please read Dr. [name]’s Letter of Medical Necessity, which is included in this packet. In this letter, Dr. [name] describes my medical history, diagnosis and the rationale used in determining that I should have access to EXONDYS 51. Delay in treatment means the loss of critical function and a delay of the ability to produce dystrophin for my/my child’s muscles. In Duchenne, every day represents the loss of precious muscle. 

Please contact Dr. [name] or me if you need more information about the efficacy, safety and effectiveness of EXONDYS 51.  For your information, I have attached peer review studies, and briefing documents submitted to FDA. 

I look forward to hearing from you. My contact information is listed below.

Sincerely,
Your Name
Your Street Address, E-mail Address, Phone Number, Fax Number, Cell Phone Number
cc: Doctors’ Names
Employer’s Name
Enclosures: [Provide a list of everything in your appeals packet].
Include a Statement of Medical Necessity from your medical provider.
Journal or peer literature supporting the service in question

Eteplirsen FDA Briefing Book. Sarepta Therapeutics
http://www.fda.gov/downloads/AdvisoryCommittees/CommitteesMeetingMaterials/Drugs/PeripheralandCentralNervousSystemDrugsAdvisoryCommittee/UCM481912.pdf
Addendum to Briefing book with additional information
http://www.fda.gov/downloads/AdvisoryCommittees/CommitteesMeetingMaterials/Drugs/PeripheralandCentralNervousSystemDrugsAdvisoryCommittee/UCM481913.pdf 
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