What Are Clinical Trials?

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
in people.

To access investigational treatments, some patients may choose to participate in a clinical
trial. Clinical trials are conducted in phases to gather different kinds of information:

Tests a new treatment in a small group to evaluate safety
and dosage.

Phase 1

Involves more participants to assess how well the treatment works
and monitor side effects.

Phase 2

Compares a new treatment to the current standard of care or a
placebo in a large group of participants. These may be double-
=ISFI-8| blind, placebo-controlled trials, which means neither the
participant nor the researchers know who is receiving the active
treatment versus a placebo, reducing bias.

Occurs after a drug or treatment has been approved by regulatory
bodies like the CDA and is available for public use; aims to gather
more information about long-term safety and effectiveness in real
world scenarios.

Phase 4

In many trials, participants who receive a placebo during the main study period may be
eligible for an open-label extension, where all participants can receive the investigational
treatment once it's shown to be safe and potentially beneficial.
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Why Participate?

Joining a clinical trial may offer early access to a promising therapy not yet available to the
public. While individual results can vary, many participants find the experience
empowering and rewarding. It's also a chance to play a vital role in advancing research
that could help others in the Pompe community.

Because Pompe disease affects each person differently, data from every participant helps
researchers understand how investigational therapies perform across a range of
symptoms, ages, and genetic backgrounds.

Is a Clinical Trial Right for You?

Joining a clinical trial may offer early access to a promising therapy not yet available to the
public. While individual results can vary, many participants find the experience
empowering and rewarding. It’s also a chance to play a vital

role in advancing research that could help others in

the Pompe community.

Because Pompe disease affects each person differently,
data from every participant helps researchers understand
how investigational therapies perform across a range

of symptoms, ages, and genetic backgrounds.

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
Canadians affected by Pompe disease. Our mission is
Some of the topics include: to help Pompe patients and their families in Canada
e Clinical trials through education, support and community.

Digestive health

Mental wellness

Talking to family members
Explaining Pompe to teachers

Contact Us

www.pompecanada.com
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