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e Current Position
- Distinguished Professor, Cornell University
- Member, National Academy of Sciences

* Expertise
- Gene Expression, Oligotherapeutics

Mark Kay - Gene therapy, RNAIi Therapeutics, miRNA

e Current Position
- Distinguished Professor, Stanford University,
School of Medicine

e Expertise

e Current Position
- Professor, Harvard University

e Expertise
- Skin biology, Transdermal delivery

Jayaknéhna * Expertise
Ambati

¢ Current Position
- Professor, Vice Chair for Research and Director
of the Center for Advanced Vision Science at
Univ. of Virginia, School of Medicine

- Ophthalmology (Macular Degeneration)

e Current Position
- Senior Director, R&D Alliance Management,
Sanofi
- Scientific Managing Director, COMPACT
Consortium, Innovative Medicine Initiative
* Expertise
- Oligotherapeutics, Biopharmaceuticals
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< Mipomersen (lonis) : Hyperlipidemia — FDA approved (2013)
@ Eteplirsen (Sarepta) : Duchenne muscular dystrophy — FDA approved (2016)
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Study performed in A*Star

In vivo protein knockdown

Bleomycin
Untreated control PBS OLX10010 low dose OLX10010 high dose
CF WS DO @ seal
HsPo) NN SESEE—— T  CES—

Fibrotic area (Immunohistology)

Bleomycin

20 1
‘ * p<0.01

% Fibrosis

Masson's Trichrome

Bleomycin
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F OLX301A Zd/d<tttied S= 53 AlE: Alu model

Study performed in Prof. Ambati’s laboratory

Day 0 Day 2 Day 7
C57BL/6] mouse | i |
Alu OLX10020 IVT Read out
OLX10020 IVT Fundus color photo imaging

Z01-stained RPE flat mount

PBS SRI GA model (Alu SRI)

- Restored RPE* morphology
- similar to normal RPE

PBS OLX10020 OLX10020
injection 1 ug/eye 2 ug/eye
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Fl OLX301A Zi/gd&ittid S&

23 A|&: NalO; model

4 days fundus after NalO3 iv

Damaged
RPE area

NalO, IV + NalO, IV +
SC-OLX10020 IVT  OLX10020 IVT

2 wks fundus after NalO3 iv

C57BL/6J mouse

NalO, IV + NalO, IV +
SC-OLX10020 IVT OLX10020 IVT

20| ZAMBEHHY(GA) SERHOM S 23 2ol

1 = -

FEOoliX
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Fl OLX301A &/d<titH/d 253 H| 1w A= (mouse)

Combined results (three times trials) Combined results (three times trials)
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Study performed in Prof. Ambati’s laboratory

cpCTGF/Lucentis cpCTGF/higG-Fab

Lucentis
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Humanized
VEGFA mice
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