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RNA THERAPEUTICS AND GENE THERAPY

SELECT ONE OF THE FOLLOWING RESEARCH AREA:
O Mechanisms of Diseases and Drug Target Identification
O Design and Delivery of New Gene Therapy and RNA-Based Medicines

X Validation and Safety In Preclinical and Clinical Studies

LOCATION OF THE RESEARCH ACTIVITY (INSTITUTION/DEPARTMENT):

University of Campania Luigi Vanvitelli — Multidisciplinary Department of Medical, Surgical and
Dental Sciences

TUTOR:

Prof. Francesca Simonelli

PROPOSED RESEARCH ACTIVITIES (max 300 words):

The research activity aims to support the clinical development of advanced strategies based on
gene therapy approaches for inherited retinal dystrophies.

Important for the success of emerging clinical trials will be the ability to evaluate the efficacy of
the prospective treatments with high sensitivity. Measures of visual function are commonly
accepted as primary endpoints for clinical trials by regulatory agencies because they describe the
impact of disease and treatment on the patient's perception of the world. However, in several
patients with inherited retinal dystrophies, the severity of the retinal degeneration often leads to
poor retinal function, which extremely reduces the sensitivity of conventional ophthalmological
tests to evaluate further disease progression and, consequently, therapy efficacy. For example,
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electrophysiological responses are below the noise level, the visual field is markedly constricted,
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and visual acuity is difficult to evaluate; therefore, they are not suitable to monitor changes in
visual functionality, which is of particular relevance to evaluating disease progression and therapy
safety and efficacy. Therefore, there is a great deal of effort in the development and validation of
surrogate endpoints for ocular gene therapy clinical trials.

To achieve this aim, the research activity will include the conduct of a longitudinal natural history
study involving patients with inherited retinal dystrophies, designed to explore novel endpoints
based on advanced imaging techniques, and psychophysical and objective tests.



