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Integration in specific site with 
reduced off- target effects

Minimization of inactive 
modifications

Efficient delivery of large payloads

Despite gene therapy technologies advances, improvements are needed

Lentivirus/ retrovirus

Gene delivery Mutagenesis Dominant disorders cannot be addressed Genomic sequences <9Kbps

Gene correction

Nucleases

Efficiency reduced for large edits Mutations Genome toxicity

KEY POINTS
Gene therapy is a dynamic market

acquires AveXis for $8.7B to transform care
in SMA and expand position as a gene therapy and neuroscience leader.

April 2018

Many gene therapy companies are listed on 

2018- 2019 2020- 2022 2022- 2026

Drug Discovery

Preclinical 
Development

Clinical Trial Ph I-II

1M€

4M€

8M€

We combine the efficacy of viral and non viral insertional technologies with
precision of modern programmable nucleases (cas9, ZNF)

Hyperactive insertion Programmable DNA binding 
domain

Uni- Large

Gemma Guinart
UPF Ventures

Cinta Díez
UPF Business Shuttle

Provisional Patent Application
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