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Title: Development of Gene Therapy for Pompe Disease: Recent History
Date: Tuesday, November 7, 2023

Time: 1 PM CT, 2 PM ET

Speaker:

Dr. Dwight Koeberl

Webinar Overview:

Dr. Koeberl will discuss the rationale for gene therapy for Pompe Disease. He
will provide a summary of research focused on clinical development of gene
therapy with a focus on potential risks versus benefits, as well as expectations
regarding the clinical use of gene therapy.

Dr. Dwight Koeberl

Speaker Bio:

Dr. Koeberl joined the Division of Medical Genetics in
Pediatrics at Duke University in 1999. His group has
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developed new gene therapy and genome editing for
glycogen storage diseases, including von Gierke Disease
and Pompe Disease. In January 2019 the Division
initiated a clinical trial of gene therapy for Pompe
Disease.
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Lentiviral gene therapy
for Pompe Disease

With:
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Trial Expectations-
What to Expect

With:
Jacose Bell
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Through NBS -
New insights into Pompe disease
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Dr. Priya Kishnani & Erin Huggins
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2024 AMDA/IPA Conference

What Topics Do You Want To Hear
Presentations On?

Dear Pompe Warriors and Patient Community,

We are excited to announce the upcoming 2024 Acid Maltase Deficiency
Associate - International Pompe Association (AMDA-IPA) Conference, a
momentous event dedicated to advancing knowledge, support, and advocacy
for individuals and families affected by Pompe disease. As we gear up to make
this conference an empowering experience for all, we cordially invite patients
and caregivers to actively participate and shape the content of this significant
gathering.



Your unique experiences, insights, and challenges provide a vital perspective
that enriches the conference discussions. We sincerely value your
contribution and strongly encourage you to propose presentation topics that
resonate with your interests, concerns, and aspirations related to Pompe
disease.

The conference themes encompass a wide range of subjects pertinent to the
Pompe community, including but not limited to:

1. Living with Pompe: Personal Stories of Triumph and Resilience

2. Advances in Pompe Research and Therapies

3. Navigating Healthcare and Access to Treatment

4. Support Systems and Building a Strong Patient Community

5. Parenting a Child with Pompe: Coping Strategies and Best Practices
6. Pompe Awareness and Advocacy: Making a Meaningful Impact

7. Overcoming Challenges in Daily Life with Pompe

8. Mental Health and Well-being for Patients and Caregivers

9. Enhancing Quality of Life through Adaptive Technologies

10. Innovations in Pompe Rehabilitation and Physiotherapy

We believe that your experiences can drive the discussions to uncover
valuable insights and inspire the entire Pompe community. Whether it's a
personal journey, an innovative coping mechanism, or an unexplored aspect of
Pompe disease, your voice matters, and we want to hear it!

If you have a suggestion for a presentation, please reach out to the AMDA by
email at info@amda-pompe.org.

Together, we can drive awareness, encourage research, and build a stronger
community to tackle the challenges of Pompe disease.

We eagerly await your valuable contributions and look forward to welcoming
you to the 2024 AMDA-IPA Conference.

AMDA

PO Box 700248, San Antonio You received this email because you signed
Texas 78270 United States up on our website or made purchase from
us.

ﬂ m Unsubscribe

SENT BY
mailerm



https://www.facebook.com/AcidMaltaseDeficiencyAssociation/
https://www.youtube.com/channel/UCK3be10hagtoHXVlIklcv8A
http://localhost:3000/decode_hex/68747470733a2f2f707265766965772e6d61696c65726c6974652e636f6d2f69336333703667376a33
mailto:%20info@amda-pompe.org
https://www.mailerlite.com/

