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HAP CareSource’

PHARMACY POLICY STATEMENT

HAP CareSource™ Marketplace

DRUG NAME Emflaza (deflazacort)
BENEFIT TYPE Pharmacy
STATUS Prior Authorization Required

Emflaza is a corticosteroid initially approved by the FDA in 2017. It is indicated for the treatment of Duchenne
muscular dystrophy (DMD) in patients 2 years of age and older.

DMD is an X-linked, progressive disease characterized by muscle wasting, weakness, loss of walking ability,
and reduced life expectancy. It is caused by mutations in the dystrophin gene resulting in reduced or near
absence of dystrophin, a protein that helps keep muscle cells intact. Delaying loss of ambulation is a major
goal of treatment. Corticosteroids are standard of care to improve muscle strength and function in DMD and
may prolong walking ability.

The effectiveness of Emflaza for the treatment of DMD was established in Study 1, in which efficacy was
evaluated by assessing the change between baseline and Week 12 in average strength of 18 muscle groups.
The change in average muscle strength score between baseline and Week 12 was significantly greater for
the deflazacort 0.9 mg/kg/day dose group than for the placebo group. Emflaza was associated with less
weight gain than prednisone.

Emflaza (deflazacort) will be considered for coverage when the following criteria are
met:

For initial authorization:

Member is at least 2 years of age; AND

Medication is being prescribed by or in consultation with a DMD specialist (i.e., neurologist or

neuromuscular specialist); AND

3. Member has a diagnosis of DMD confirmed by genetic testing that shows DMD gene loss-of-function
variation, or absence of muscle dystrophin on muscle biopsy; AND

4. Member has documentation of trial and failure of prednisone for at least 6 months; AND

5. Member’s weight is documented in chart notes.

6. Dosage allowed/Quantity limit: 0.9 mg/kg/day once daily by mouth.

N —

If all the above requirements are met, the medication will be approved for 3 months.

For reauthorization:
1. Chart notes must show stability or slowed rate of decline of the member’s motor function and muscle
strength.

If all the above requirements are met, the medication will be approved for an additional 12 months.
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HAP CareSource considers Emflaza (deflazacort) not medically necessary for the
treatment of conditions that are not listed in this document. For any other
indication, please refer to the Off-Label policy.

New policy for Emflaza created.

Age coverage expanded from 5 years of age and older to 2 years of age and older.
Added quantity limit for oral suspension. Removed serum CK requirement. Removed
onset of weakness before 5 years of age, added must have genetic testing to confirm
dystrophin gene mutation. Removed MRC score requirement in initial and reauth.
Added that member must show stability or slowed rate of decline of motor
function/muscle strength for reauth.

Added weight requirement to ensure appropriate dosing.

Updated genetic test wording and allow biopsy as alternative diagnostic method.
Removed requirement that weight must be within the last 30 days. Removed QL’s due
to complexity. Added reference.
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