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Focus on viral gene therapy

AAV gene therapy

At the forefront modern medicine

» Disease modification and curative treatment

» Single administration



AAV gene therapy: Current Landscape

* 149 unique clinical trials, 94 completed and 31
reached efficacy end point.

- Approved drug products (Luxturna® and
Zolgensma®)

- Zolgensma®: expected to generate global-sales
of $2.5 billion by 2025

 Large investments in AAV GT within'pharma
(Novartis, Pfizer, Roche, etc)

- Market is projected CAGR of 25.71% (2022-
2027)




Succes of clinical trials Growing # of clinical trials
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Maturing field with many players

Academic inventors - Biotech - Industrial manufacturing - Service providers - Pharma
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AAV gene therapy: Challenges

- High doses of vector required causing:

* substantial off-target toxicity
* serious adverse events

- death in some clinical trials

- Robust, scalable and cost-effective
manufacturing difficult to achieve

2 deaths after Novartis' Zolgensma
put gene therapy's liver safety in
the spotlight once again
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Th fty of Astellas’ gene ther. pyp ortfolio has b n thrust into the ptlgh(
again, after the FDA placed a clinical hold on a trial of its Pompe
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Our vision: smart gene therapy development requires an
integrated approach involving academic & clinical partners,
biotech and pharma
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Our strategy: KU Leuven is building an ecosystem that supports
end-to-end AAV gene therapy development

Clinical
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Building towards a Gene Therapy Center of Excellence
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Our AAV manufacturing capabilities

Research grade AAV
production
/ Infrastructure &
state-of-the-art equipment
* suspension-based manufacturing (

up to 10L (300 m?)

t Process development
- Suspension-based manufacturing

up to 50L (Q4 2022) (600 m?) (
- Additional lab space (Q4 2023) (500 m2) Manufacturing
t innovation
Recovery and Resilience Facility (RRF)

\ 9.1 Mio EUR /

Potential expansion to GMP

UZ Leuven
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PhD student Analytics Lead Vector engineer Lab technicianin vivo Senior scientist preclinical USP engineer Teaching fellow



