
ABSTRACT
Gene therapy has the potential to help patients with a variety of neurodegenerative diseases by protecting 
and restoring neurons, correcting pathogenic mechanisms directly, and controlling symptoms. Recent 
research suggests that experimental procedures for genetic diseases could be translated into effective patient 
therapies. Genetically complex disorders such as Alzheimer's disease, Parkinson's disease and Huntington's 
diseases are potential targets for neurodegenerative disease therapies. Targeting the central nervous system 
with gene therapy presents unique technical and biological challenges. Novel gene vector delivery strategies 
may be used to overcome these problems. We discussed various gene therapy strategies involved in the 
treatment of neurodegenerative diseases using adeno-associated virus (rAAVs), gene editing, and 
ribonucleic acid interference (RNAi) tools. 
The challenges of these methods were discussed as against their potentials to be accepted as effective 
treatment options for neurodegenerative diseases.
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Fig 1: An overview of gene therapy vectors [11]

 Fig. 2: Illustration of gene therapy approaches [12]
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Fig. 3: gene editing [28]
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