Gene Therapy for Alzheimer’s Disease and Ethical Aspects of Genome Editing
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Mission: To develop a disease modifying
therapy (DMT) for late onset Alzheimer’s
disease (LOAD) using gene therapy.

Introduction:

* Alzheimmer’s disease (AD) 1s a progressive
neurodegenerative condition that causes
memory loss and cognitive decline

* AD currently affects 5.8 million
Americans.

* Mechanisms and causes behind onset and
progression remain unknown; no cure
currently exists.

* E4 variant of APOE gene Is the strongest
reproducible genetic risk factor for LOAD,
making It an ideal target for gene therapy
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Future Directions:

» Shift the paradigm of AD drug
development towards precision
methods using: Antisense
Oligonucleotides (ASO),
Monoclonal Antibodies (mADbs), and
Gene Editing

» Develop additional gene therapy
tools that allow for high levels of
temporal and spatial control

» (Generate more robust modeling
systems for screening therapeutics

 Predict neuropsychiatric symptoms
(e.q. depression) in AD patients
using polygenic risk scores

* Predict and combat the ethical and
financial difficulties AD patients
will face once gene therapies arrive,
using Multiple Sclerosis (MS) as a
lens

Increasing Costs of MS DMTs
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