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RESEARCH

RESEARCH INTERESTS/ STRATEGIC OBJECTIVES

The research activity of our group is focused on the development of gene therapy
strategies for rare diseases affecting the nervous system, both central (lysosomal
storage diseases, ALS, Wolfram Syndrome and MLC) and peripheral (genetic and
acquired neuropathies) and on the elucidation of the molecular mechanisms implicated
in the development of these pathologies combining the use of animal models, tissue cell

culture and viral vectors.

MAIN RESEARCH LINES

1.Study of the tropism of different gene therapy viral vectors in the central and
peripheral nervous system. Combination of different serotypes of AAV vectors with
specific cell promoters and route of administration to target defined structures or cell

types.
2.Gene therapy in preclinical models for rare disease affecting the CNS: lysosomal
storage diseasses, amyotrophic lateral sclerosis, megalencephalic leukoencephalopathy

with subcortical cysts (MLC), or Wolfram Syndrome.

3.Gene therapy in preclinical models for diseases affecting the peripheral nervous

system: diabetic neuropathy and adrenomyeloneuropathy (AMN).
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