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e What is ELEVIDYS?
o |ELEVIDYS (delandistrogene moxeparvovec-rokl) is a microdystrophin gene therapy used

to treat people at least 4 years of age with a confirmed variant in the DMD gene who are
ambulatory. ELEVIDYS is given as a one-time infusion into the vein.

e How does it work?

(o]

(e]

ELEVIDYS is a microdystrophin [gene therapy] that delivers a “micro-dystrophin” gene
through an AAV virus to help protect & stabilize muscle function and strength.
Microdystrophin is a smaller version of the dystrophin gene that tells the body to produce
a shortened dystrophin protein. Viral vectors do not contain a live virus and are used to
deliver the microdystrophin to each muscle cell nucleus in the patients’ body. This aims to
have a smaller but functional dystrophin protein made.

Learn more about gene therapies in PPMD’s|Gene Therapy Hub |

e Who is eligible for ELEVIDYS?

(o]

(o]

o

ELEVIDYS is currently[approved]to treat people with Duchenne muscular dystrophy who
are at least 4 years of age, are ambulatory and do not have antibodies to AAVrh74.

m To determine eligibility for ELEVIDYS your child will need to have a blood test to

measure the level of antibodies to the ELEVIDYS vector (AAVrh74)

People with certain DMD gene variants, includinglany deletion in exon 8 and/or exon 9|in
the DMD gene, will not be able to receive ELEVIDYS due to safety concerns. Your
neuromuscular specialist will be able to discuss this in more detail with you.
If you are unsure if your child is eligible to receive ELEVIDYS, please reach out to your
neuromuscular team.

e What is the most important information | should know about ELEVIDYS?

(e]

ELEVIDYS is a microdystrophin[gene therapyl. Microdystrophin, or a smaller version of
the dystrophin gene, is delivered to the body through a viral vector (AAVrh74), which
delivers it throughout the body, including to the muscle. Because the medicine is
packaged in a virus, there are certain safety precautions that should be taken, including
pre-screening to make sure your child does not have antibodies to the AAVrh74 viral
vector. If your child has already been exposed to the AAVrh74 virus and has antibodies,
your child will not be able to receive ELEVIDYS. Your doctor will discuss these
precautions with you.

If your child receives |[ELEVIDYS, close monitoring will be required after infusion including
weekly liver monitoring for at least the first 3 months after the infusion. It will be important
to talk with your doctor beforehand about how often your child will need to have labs
drawn & the number of follow up visits.

Patients with preexisting liver impairment may be at higher risk of acute series liver injury
including fatal acute liver failure. Your doctor will asses your child's liver function before
infusion.

Receiving ELEVIDYS may limit your child’s ability to participate in future clinical trials.
Some clinical trials have excluded people on approved therapies and could exclude
people who have received an approved gene therapy as well.

Limited data are available for ELEVIDYS treatment in people with variants in the DMD
gene between exons 1 to 17 and exons 59 to 71. People with deletions in these regions
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may be at risk for immune reactions that could be serious. It is important to discuss your
child’s specific variant and the potential risks with your doctor.

o Patient vaccinations should be up to date with current immunization guidelines.
Vaccinations should be received at least 4 weeks prior to starting the corticosteroid
regimen that is required before receiving ELEVIDYS.

o Please take time to discuss all of the pros and cons of receiving the gene therapy with
your healthcare team. You should not feel rushed to make a decision.

o You can find the full prescribing label for ELEVIDYS

How does my child get access to ELEVIDYS?

o Because ELEVIDYS requires a specialized multidisciplinary team and specific hospital
processes, not all centers will be able to administer ELEVIDYS. If your child is seen at a
clinic that is not a treatment site, talk to your neuromuscular team about getting a referral
to a treatment center nearby.

o If you and your neuromuscular team decide that ELEVIDYS is right for your child, you will
complete a start form to start the process of obtaining insurance approval.

o Once approved by your insurance, your neuromuscular team will work to coordinate
necessary steps for the infusion day.

m If you receive an insurance denial for ELEVIDYS, visit PPMD’s access &
coverage resources for information on next steps

o ELEVIDYS will be administered in a clinical setting that specializes in giving ELEVIDYS
and similar medications.

What if my neuromuscular team does not administer ELEVIDYS?

o Because ELEVIDYS requires a specialized multidisciplinary team and specific hospital
processes, not all centers will be able to administer ELEVIDYS. If your child is seen at a
clinic that is not a treatment site, talk to your neuromuscular team about getting a referral
to a treatment center nearby.

How is ELEVIDYS administered?

o ELEVIDYS is a prescription gene therapy that is @dminisiered as a one-fime infusion|
through the vein (IV) over 1-2 hours at a hospital that specializes in the administration of
gene therapies like ELEVIDYS. The dose your child would receive of ELEVIDYS is based
on your child’s weight.

o Before receiving ELEVIDYS, your child will receive oral and will continue
taking the corticosteroids for a period of time determined by your neuromuscular team to
help protect the liver. The corticosteroid can be slowly decreased once your child’s liver
enzymes return to baseline level.

o |Review Elevidys Treatment Guide for more details|

What are common side effects of ELEVIDYS?

o ELEVIDYS, and all gene therapies, can have side effects. The most common side effects
include nausea and vomiting, increased liver function enzymes, pyrexia (fever), and
thrombocytopenia (low platelets). Other, rare side effects can also happen that your
doctor will discuss with you.

o Some people also experienced more serious side effects, including myocarditis
(inflammation of the heart muscle), acute serious liver injury and immune-mediated
myositis (IMM) (inflammation of the muscles).
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The safety and side effect information provided here is not comprehensive. Talk to your
doctor about all potential side effects or what to watch for.

e What precautions are needed for family members?

(e]

Because AAVrh74 is found in the stool for about one month after being treated with
ELEVIDYS, there are some precautions your family should take. Practice proper hand
hygiene, such as hand washing, when coming into direct contact with patient body waste.
Place potentially contaminated materials that may have the patient’s bodily fluids/waste in
a sealable bag and dispose into regular trash. These precautions should be followed for
one month after ELEVIDYS infusion.

Speak with your neuromuscular team about precautions for AAVrh74 exposure to siblings
who may be not be eligible for ELEVIDYS at this time.

e How often will | need to follow up with my doctor?

O

Your child will need to see your doctor frequently after they receive ELEVIDYS. Weekly
blood tests will be required to monitor liver enzyme levels, platelet counts and troponin-I
levels for a certain period of time and possible more frequently, depending on your doctor
and how your child’s body responds to ELEVIDYS.

It is important for patients to maintain proximity to an appropriate healthcare facility, as
determined by the healthcare provider, for at least 2 months following ELEVIDY'S infusion

e Will insurance cover ELEVIDYS?

(e]

Because it has only recently been approved, insurance companies are still evaluating their
coverage policies for ELEVIDYS. If you have questions about whether your insurance
covers ELEVIDYS, you can call your insurance company directly to ask about their
coverage policy. Additionally, visitlSareptAssist.com for individualized support. PPMD is
closely tracking insurance plans and will provide updates and support as additional
information becomes available.

e What if my child is not eligible for ELEVIDYS?

(e]

The label for ELEVIDYS currently excludes patients who are under 4 years of age and
patients who are non-ambulatory. There are ongoing studies in these groups of people to
determine if ELEVIDYS is safe and effective, at which time Sarepta may petition the FDA
to expand the label, making ELEVIDYS accessible to more people.

ELEVIDYS is also currently not available for people with deletions in exons 8 and/or 9. If
you have questions about your child’s genetic variant and whether they qualify for
treatment with ELEVIDYS, contact your neuromuscular physician. Additionally, PPMD has
genetic counselors on staff who can help you understand your child’s genetic variant and
which types of treatments may be available. Email the PPMD genetic counselors at
|coordinator@parentprojectmd.org}

e What does Traditional Approval mean?

(e]

ELEVIDYS was originally approved utilizing the Accelerated Approval pathway on the
surrogate outcome measure of dystrophin production and the assessment by regulatory
experts that dystrophin production in a disease caused by its absence is ‘reasonably likely
to have clinical benefit.” After review of Sarepta Therapeutics’ efficacy supplement, on
June 20, 2024, FDA converted the ELEVIDYS accelerated approval to a traditional
approval for ambulatory patients.
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