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Gene therapy is a medical technology that allows to treat the origin of genetic diseases by
supplementing a missing gene, silencing a gene that is overexpressed, or editing the genome.
Viral vectors are commonly used for delivering DNA payloads to the cells, among which
recombinant adeno-associated viral (rAAV) vectors are the flagship vehicle for therapeutic
applications. The payload can be a therapeutic gene to treat a genetic disorder or an
immunostimulatory gene for cancer immuno-gene therapy. Importantly, there are many rAAV
capsid variants that can be used for this type of applications and that would define the
interaction of the vector with the target cell.

The goal of this project is to generate a rainbow reporter library for rAAV capsid screening in
rare disease and cancer models. First, different fluorescent reporters with a unique barcode
will be cloned in a rAAV plasmid and the multiplexed rAAV library will be produced. When the
library is complete it will be tested in cell culture, both in a hearing loss and in a cancer cell
line. Next-generation sequencing, flow cytometry and fluorescence microscopy will be used to
evaluate the functionality of the library. The final step will be to validate the rainbow rAAV
library in the mouse cochlea as well as in a mouse model of cancer.
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Does the project include the possibility of supervised animal manipulation to complete the training for
animal manipulator?




