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Disease areas

- Lysosomal storage
disorders/inborn

- errors of metabolism (liver
metabolic & neurometabolic)

- Rare non-malignant
hematologic diseases

- Rare renal disorders

Disease areas
- Hematologic malignancies
» Solid tumors

....................................................

Interests
- Next-generation gene therapy/
gene editing technologies,
prioritizing in vivo approaches
» Non-viral gene therapy delivery
ies that allow re-

....................................................

Interests

- Novel innate immune cell
targets, next gen innate cell
engagers, therapies, platforms

» Allogeneic cell therapies and

py enhancements:

promoter
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Disease areas

- Neurodegeneration (AD/PD)
[precision medicine
approaches]

» Huntington'’s Disease

» Hereditary ataxias (FA)

» Neuromuscular (ALS, DM1,
FSHD, DMD)

» Hypersomnia, epilepsy

....................................................

Interests

= Novel small molecule RNA
modulation and protein
degrader platforms

- Enhanced BBB and skeletal

ligo constructs with
ellular trafficking

Disease areas

» Celiac disease (including RCD2)
and IBD (including
fibrostenotic)

- Liver disease (F3/F4 NASH and
rare fibrotic diseases)

» Motility disorders

....................................................

Interests

- Targeted-delivery technologies
to gut or liver, including cell-
specific approaches

. NoveI anti- fibrotics for liver
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