Managing Pompe Disease
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Enzyme Replacement Therapy

The current standard treatment for Pompe disease is enzyme
replacement therapy (ERT). ERT works by giving the body a
lab-made version of the GAA enzyme through regular
intravenous (IV) infusions. Once inside the body, the enzyme
travels to the cells—especially muscle cells—and helps break
down the excess glycogen. This can:

* Slow down or prevent further muscle damage
» Support better overall function and quality of life

ERT does not cure Pompe disease, but it can
significantly help manage symptoms and
improve outcomes, especially when started early.
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Currently, a few ERTs are approved by Canada’s Drug Agency, including an option for
infantile-onset and a few for late-onset Pompe disease. A care team will work with
patients to determine the best treatment plan based on their needs, age, and disease

progression.

Additional Management

In addition to pharmaceutical treatment, patients often require physical therapy and/or
exercise to maintain muscle strength. Patients may also require additional support, such
as occupational therapy, mobility aids, ventilation, or feeding tubes, depending on their
symptoms. A care team will work with each patient to create an individualized

treatment plan.
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What Happens in Clinical Trials?

There are several new treatments for Pompe disease currently in development. These
investigational treatments are not yet approved for public use but may be available
through clinical trials—research studies that test how safe and effective new therapies are.

By participating in a clinical trial, patients may gain early access to a promising treatment.
While some trials involve a placebo group, many offer an open-label extension, where all
participants can receive the treatment once it has been shown to be safe and beneficial.

If you're interested in a clinical trial, talk to your care team. They can help you understand
your options and whether a trial is a good fit for you or your loved one.

Investigational Therapies

Several emerging therapies for Pompe disease are being explored, including new ERTs,
gene therapies, and treatments designed to reduce glycogen (substrate reduction
therapies). Clinical trials are essential to bringing these therapies to the wider Pompe
disease community.

Each of these approaches offers hope for more effective, —Q—'
longer-lasting, or easier-to-administer treatments. —
However, they must go through clinical trials to ensure B( —

they are safe and beneficial for people living with Pompe disease.

More Information About CAP
To learn more about living with Pompe disease, The Canadian Association of Pompe (CAP)is a
visit pompecanada.com/resources. patient-led organization dedicated to supporting
o Canadians affected by Pompe disease. Our mission is
Some of the topics include: to help Pompe patients and their families in Canada

Clinical trials

Digestive health

Mental wellness

Talking to family members
Explaining Pompe to teachers

through education, support and community.
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