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Talk title: Developing cell-targeted gene therapy for neuromuscular and neurological
disorders
Abstract: The discovery of genetic causes underlying many neurological and in
particular neuromuscular disorders in the last few decades has stimulated efforts to
develop genetic therapies. Our group focuses on cell-targeted gene therapy approaches
to treat genetic disorders of myelinating cells in the peripheral and central nervous
system. These include X-linked and autosomal recessive Charcot-Marie-Tooth inherited
neuropathies as well as hypomyelinating Leukodystrophies. Using lentiviral and Adenoassociated (AAV) viral vectors we have demonstrated successful and cell-specific gene
delivery to Schwann cells and oligodendrocytes of disease related genes driven by cellspecific promoters. Delivery of these vectors into well-characterized experimental
models of these disorders resulted in improvement of function and myelin pathology.

Further steps towards clinical translation of these gene therapy approaches are currently
underway.

