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Aims
To develop, validate and commercialize a redosable system to deliver DNA minivectors to the eye to
enable gene therapy for ocular diseases.

Background

Delivering DNA to the eye presents a sgnificant challenge in gene therapy and formulation chemistry,
particularly due to the limitations of topical eye drops. While eyedrops are efective for treating
conditions in the eye anterior segment, they fail to reach the posterior segment, highlighting a critcal
unmet need in ophthalmology. To address this gap, the development o targeted delivery systems
capable of overcoming ocular barrers and reaching the eye's interor is essential opening new
possibiltes for opfthalmic care.

Work to be Done
The team will design and characterize novel delivery systems. The platorms are expected 1o offer neuroprotection,
photoreceptor targeting, and where pertinent, fusogenic activity with the aim of enhancing safety and efficacy and potentiate
vedasmg and titatablty. Iniialy targeting smgarm msease, this platform could later be extended to other inherited
macular Il be developed, of which one, a patented technalngywlll
' ™ minivectors. Two novel
components as nonimmunogenic targeted delivery vehicles. The overall aim to overcome the hmmauons of cmrent gene
therapy vectors, offering innovative, versatile, and for currentl

Benefits
A
bemg ‘assembled and will gain a competitive edge through gene therapy advancemen(s attracting investment and validating

technology matures and if it eventually with ocular and
geneuc diseases will access treatments, reducing disease burden. In the long term, gene therapy using this platform will
agrate it autin lncel pracic s  tatable appish o pasaalzed mecdion, mpoing ptentatcomes and
quality oflfe for patients. Key metrics: rates.

Gene therapy using nano technalogy

Impact

Current gene therapy methods face major limitations. Viral vectors, though eflctive, cannot carry large cargo, are
nlvedosale and pose riss e toiity, nsertionalmutagenesis,and of arget efcts—especially i th e Ther High
150 make o , while

though less invasive, dosable, the urgent

need for safer, more effctive, afordable, and redosable gene therapy solutons.
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