Pharmacy Focus:
Elevidys — A New Gene Therapy for
Duchenne Muscular Dystrophy (DMD)

Key Takeaways

- Elevidys is the first gene therapy approved for ambulatory pediatric patients (ages 4 through 5 years) with
Duchenne muscular dystrophy (DMD) with a confirmed genetic mutation.

« This one-time treatment provides the functioning gene responsible for production of dystrophin, a protein
that is essential for muscle health.

« Use of Elevidys is projected to replace exon-skipping therapies, a high-cost treatment used with the eligible
patient population.

+ The projected estimated cost of Elevidys is $3,200,000 for a one-time infusion.

Overview of Duchenne Muscular Dystrophy'-

Duchenne muscular dystrophy (DMD) is one of 30 currently identified types of muscular dystrophy. Prevalence statistics
have varied over the years, but with genetic testing becoming a more common medical procedure, DMD has recently been
estimated to occur in approximately 16 per 100,000 live male births in the United States. The disease is almost exclusive to
males and ultimately causes permanent muscle damage due to a lack of dystrophin production. Dystrophin is an important
protein that helps with muscle function.

DMD can be identified at a very young age when children are not meeting expected milestones. By the teenage years, it is
common to see DMD patients completely wheelchair bound. As the disease progresses, muscle wasting is evident in all muscles,
including those in the heart and respiratory system.

As a genetic disorder, DMD occurs through mutations like deletions, duplications and changes at the exons that make up genes
specific to the disease, with deletion being the most common. Without all exons functioning appropriately, dystrophin is not
produced at the level necessary to prevent muscle damage. The only way to find out where the gene mutation is occurring in
someone with Duchenne muscular dystrophy is through genetic testing, which is essential in guiding health care professionals
to the best therapy options currently available.

Current Treatment Options®'

There is no cure for DMD. Commonly used treatment options include corticosteroid medications that can help to slow
progression of muscle weakness, physical therapy and the use of durable medical equipment, such as braces or a wheelchair,
as the disease progresses. In addition, exon-skipping therapies that require regular IV infusions are approved for specific
DMD gene mutations to help the body produce more of the dystrophin protein. Now, a gene therapy has also been added
to potential treatment options.
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Drug Name Dosing How It Works Price HCPCS Code
Prednisone 0.75 mcg/kg/day Glucocorticoid Approximately $1,300/year Prescription
by mouth Steroid (based on a 30 kg child) Benefits
Approximately $3,000/year
(based on an average adult male)
Emflaza® 0.9 mg/kg by mouth Glucocorticoid Approximately $190,000/year Prescription
(Deflazacort) once daily Steroid for pediatric patients Benefits
>$440,000 per year for adults
Exondys 51° 30 mg/kg IV Exon-Skipping Approximately $900,000/year J1428
(Eteplirsen) once weekly Therapy (specifically (based on a 30 kg child)
exon 51) >$2,000,000/year
(based on an average adult male)
Vyondys 53° 30 mg/kg IV Exon-Skipping Approximately $900,000/year J1429
(Golodirsen) once weekly Therapy (specifically (based on a 30 kg child)
exon 53) >$2,000,000/year
(based on an average adult male)
Viltepso® 80 mg/kg IV Exon-Skipping Approximately $850,000/year J1427
(Viltolarsen) once weekly Therapy (specifically (based on a 30 kg child)
exon 53) >$2,000,000/year
(based on an average adult male)
Amondys 45° 30 mg/kg IV Exon-Skipping Approximately $900,000/year J1426
(Casimersen) once weekly Therapy (specifically (based on a 30 kg child)
exon 45) >$2,000,000/year
(based on an average adult male)

Elevidys
(delandistrogene

moxeparvovec)

Single IV infusion

Gene Therapy

$3,200,000 once

Therapy Spotlight: Elevidys (delandistrogene moxeparvovec)*'>%

C9399, J3590

Elevidys is a new gene therapy produced by Sarepta Therapeutics, Inc. It was approved by the FDA on June 22, 2023 (under
the Accelerated Approval pathway), for use in ambulatory pediatric patients ages 4 through 5 years old with DMD, as well as
a confirmed genetic mutation in the DMD gene, and who do not have preexisting antibodies against the viral vector used to
deliver the gene therapy. Those who have a confirmed deletion in exon 8 and/or exon 9 in the DMD gene are not eligible to
receive Elevidys. The estimated cost for the one-time infusion of Elevidys is $3,200,000.
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Overall, the goal of Elevidys is to be the first potentially curative gene therapy for DMD by aiming to deliver a shortened version
of the dystrophin gene to muscle tissue. After receiving Elevidys, participants ages 4 through 5 years old had an increase in the
dystrophin gene, which the FDA believes to predict clinical benefit, although this clinical benefit has not yet been established.
The most common side effects from treatment with Elevidys include nausea/vomiting, acute liver injury, fever and low platelet
counts, as well as muscle inflammation, including the heart. Participants in the study had been on a stable dose of corticosteroids
for at least 12 weeks prior to, as well as, after treatment with Elevidys.

SRP-9001-101, SRP-9001-102, and SRP-9001-103 (ENDEAVOR) were three-phase I/1l studies that included more than 80 participants
evaluating the safety of Elevidys over multiple timepoints, including one, two, and four years after treatment. Data collected

and reviewed from these studies concluded that Elevidys was well tolerated with no new safety signals. Functional assessments
demonstrated long-term, sustained, clinically meaningful improvement in motor function at ages where functional decline

would be expected based on natural history in DMD patients. Upon approval of Elevidys, Sarepta has committed to continue

the EMBARK study (SRP-9001-301), a phase lll clinical trial with DMD participants ages 4 to 7 to show the clinical benefit of the
gene therapy.

Cost Containment Considerations

As part of its HMConnects™ cost containment program, HM Insurance Group (HM) works to support cost-management
opportunities around the use of gene and cell therapies and other high-cost pharmaceutical treatment options that can impact
our clients’ bottom lines. The Pharmacy Operations (RxOps) team watches the market — and our book of business — to anticipate
how current and future advancements will impact financial risk levels for HM's client base. Standard practices include reviewing,
auditing and collaborating on the content of current policies, monitoring trends and implementing appropriate cost-savings
techniques. Additional practices include the prevention of stockpiling, working to ensure prescriptions are filled via in-network
pharmacies and assessing to determine if patients are properly dosed based on weight and lab values when appropriate. All of
these services are provided to HM’s clients at no additional cost to them.

Pharmacy Focus provides valuable information about pharmaceutical industry developments and their associated costs that can impact
the growing claims trend in the self-funded insurance market. Be aware of influences and gain insight into approaches that may help to
contain costs. Please share topic suggestions or feedback with HMPharmacyServices@hmig.com.
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