




 

 

 

 

January 17, 2024 

 

 

Oregon Health Authority 
P&T Committee 
 
RE: Drug Class Update with New Drug Evaluation: Drugs for Duchenne Muscular Dystrophy 
 
 
To Whom It May Concern: 
 
We are writing to provide feedback on the proposed updated OHA criteria for Duchenne 
muscular dystrophy (DMD) to be reviewed in the February 1, 2024 Pharmacy and 
Therapeutics meeting.  As background, we are the neuromuscular clinicians in the only 
Muscular Dystrophy Association-supported pediatric multidisciplinary neuromuscular clinic 
in Oregon. Dr. Finanger, the program director, has fellowship training in Neuromuscular 
Medicine and is board certified in Neurology and Neuromuscular Medicine. Both Dr. 
Finanger and Ms. Leach each have more than 15 years of experience caring for individuals 
with DMD.  
 
We have a few recommendations to consider with regards to the proposed criteria listed in 
Appendix 6 to be reviewed:  
 
Duchenne Muscular Dystrophy Criteria: 
 

1. Criteria 5: Standard CDC recommendations for MMR vaccine are for 2 doses at 12-15 
months and 4-6 years of age. Thus, approval criteria 5 should be updated to reflect 
only 1 dose for those patients under age 4 at initiation of steroids.  

 
2. Criteria 12: We would recommend starting exon skipping as soon as a patient is 

diagnosed (no age restriction in FDA labels).  
 

a. Given that many experts do not start corticosteroids, especially daily 
corticosteroids, in patients under age 4, this would lead to a delay in initiating 
exon skipping therapies. We often recommend high-dose twice weekly dosing 
for young patients, but this is not a universal practice. Thus, there should be a 
discussion of corticosteroid therapy with the neuromuscular specialist, but no 
requirement for daily therapy.   

b. In addition, referral to pediatric neurology/neuromuscular is often delayed 
such that many patients are not seen until 5 years of age.  Thus, further delay 
of exon skipping therapies while patients initiate corticosteroids would be 
detrimental and unnecessary by medical standards. This enrollment criteria 
was included in the clinical trials only to exclude the improvement seen in the 
first 6 months of steroid treatment as this would have confounded the results 
of the trial. 
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Delanodystrogene moxeparvovec Criteria: 

1. Criteria 6. The goal is stated as “restrict the use of this gene therapy to patients with the FDA-labeled indication”. 
However, criteria 6 excludes patients with deletions of exons 1-17 and 59-71. Thus, the proposed OHA criteria does 
not match with FDA label. In addition, it is important to note that the FDA was able to review safety information from 
the larger study 103 (ENDEAVOR; NCT04626674) which did not have any limitations on mutations. They concluded 
that only exons 8-9 should be excluded. Thus, I strongly support removing criteria 6 as this discussion would be part of 
the standard risk/benefit discussion had with the family by the prescribing neuromuscular specialist as part of standard 
of care.   

 
Thank you for the opportunity to share our clinical experience and your continued partnership to provide excellent care for 
pediatric neuromuscular patients in Oregon.  
 
Sincerely, 

     
Erika Finanger, MD MS 
Associate Professor of Neurology and Pediatrics 
Director, Muscular Dystrophy Association Clinic at Shriners 

Hospital Portland 
Oregon Health & Science University 
 

Meganne Leach, MSN PPCNP-BC 
Instructor of Neurology and Pediatrics 
Oregon Health & Science University 
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