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Evidence in Focus:

Delandistrogene Moxeparvovec Gene
Therapy in Individuals with Duchenne
Muscular Dystrophy

Summary for patients and care partners

The American Academy of Neurology (AAN) assembled a panel of expert doctors and researchers
to review the current studies of delandistrogene moxeparvovec (Elevidys) for treating Duchenne
muscular dystrophy (DMD). This summary reviews the conclusions of their research, which was
published in May 2025.

What is DMD?

DMD is a genetic condition that causes muscle weakness. It is an X-linked condition that typically
affects males with differences in the DMD gene. Symptoms of DMD usually appear when a child is
between 2 and 4 years old and get more severe over time. Dystrophin is an important protein that
helps maintain muscle health and is missing in people with DMD.

What is delandistrogene moxeparvovec (Elevidys) and how does it work?

Delandistrogene moxeparvovec (which goes by the trade name Elevidys and is made by the
pharmaceutical company Sarepta) is a one-time gene therapy approved for the treatment of males
with DMD. This type of gene therapy involves injecting the person with a smaller version of the gene
called microdystrophin to partially replace the missing dystrophin. It is packaged into a viral vector to
deliver it to the muscle cells, where it produces microdystrophin.

How is the treatment administered?

Delandistrogene moxeparvovec is given intravenously (into a vein) at specialized treatment

centers. Receiving the therapy will be an outpatient procedure for most people. After the therapy is
administered, the person will need to have multiple follow-up doctor visits and blood tests in the first
few months to monitor for side effects related to the treatment. People receiving delandistrogene
moxeparvovec are required to also take a steroid medication (usually a higher dose of the steroid
they are already taking). For those on vamorolone, their doctor will also prescribe prednisone starting
the day prior to the infusion.

What does the research say?

Current research shows that delandistrogene moxeparvovec may possibly slow the decline of motor
function (the ability to control movements) by a small amount in people with DMD. However, it's
difficult to know how much of this benefit is due to the gene therapy and how much is due to the
person’s steroid medication. The research so far has mostly measured the effect on motor function,
so we don’t know how the therapy might affect other symptoms of DMD (such as heart and lung
function). It also isn't clear if the small benefit observed will impact day-to-day activities, quality of
life, or lifespan.

Only people of male sex were included in the studies. The studies show different effects in different
age groups. Delandistrogene moxeparvovec has not yet been studied in older patients, so we don’t
know whether it benefits people over the age of 7. It has also not been studied in females with
differences in the DMD gene and clinical symptoms.
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Some people in the studies experienced muscle inflammation and increased weakness, heart
inflammation, low platelet count (which could affect blood clotting), or liver injury. As of the time this
article was published, one person has died from liver failure after receiving the treatment.

Who is eligible for treatment?

To be eligible for treatment with delandistrogene moxeparvovec, a person must have a diagnosis of
DMD (excluding people with deletions of exons 8 and 9), be negative for antibodies specific to the
treatment, and be at least 4 years old.

Does the treatment have any other positive effects?

Based on the current research, we don’t know if delandistrogene moxeparvovec will extend a
person’s life or improve their quality of life. The therapy does not cure DMD.

Is it possible to receive multiple doses of delandistrogene moxeparvovec?
No, at this time, people can only receive one dose in their lifetime.

Will delandistrogene moxeparvovec affect other drugs a person is taking?

So far, researchers don’t know how the therapy may interact with other medications a person is
taking. Other than the requirement to be on a steroid medication, there are currently no restrictions
on what other medications a person can be on while receiving treatment with delandistrogene
moxeparvovec. Researchers have indicated that people may be at an increased risk for serious
immune responses during and shortly after treatment. So, the person receiving treatment should be
up to date on all recommended vaccines before the infusion!

Does receiving this therapy make a person ineligible to receive other DMD
treatments or participate in future clinical trials?

If a person has already been treated with a different gene therapy, they are not eligible for
treatment with delandistrogene moxeparvovec. Receiving delandistrogene moxeparvovec may
also make people ineligible for future clinical trials of treatments for DMD, particularly those that
use viral vectors for therapy delivery.

What should | ask my doctor?
= Am | eligible to receive delandistrogene moxeparvovec?
= What are my expected risks and benefits of delandistrogene moxeparvovec?
= Will my insurance pay for the treatment?
= Where is the nearest treatment center where | could receive delandistrogene moxeparvovec?

The full Evidence in Focus can be found at AAN.com/guidelines.
To learn more about brain health, go to BrainandLife.org.
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The American Academy of Neurology is the leading voice in brain health. As the world’s largest association

of neurologists and neuroscience professionals with more than 40,000 members, the AAN offers access to
continuing education, essential practice tools, research grants, networking and advocacy opportunities, and
more. Through public resources like Brain & Life®, we make it easy for patients, caregivers, and anyone interested
in brain health to access the latest information and guidance. Together with our members, the AAN is advancing
what’s possible in brain disease treatment, cures, and prevention. It's all in service of our mission to enhance
members’ career fulfillment and promote brain health for all.

This statement is provided as an educational service of the AAN. It is based on an assessment of current
scientific and clinical information. It is not intended to include all possible proper methods of care for a
neurological problem or all legitimate criteria for choosing to use a specific procedure. It does not exclude any
reasonable alternative methods. The AAN recognizes that specific patient care decisions are the right of the
patient and the physician caring for the patient, based on all the circumstances involved.

The AAN develops these summaries as educational tools for neurologists, patients, family members, caregivers,
and the public. You may save a single copy for your personal use. Please contact guidelines@aan.com to learn
about other ways you can share this content beyond your personal use.

American Academy of Neurology, 201 Chicago Avenue, Minneapolis, MN 55415
Copies of this summary and additional companion tools are available at AAN.com/guidelines.
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