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SYNDROME FOUNDATION
WITH YOU FOR THE JOURNEY. Clinics International Clinics
1) Seattle Children's Hospital 10) Rush University Medical Center Buenos Aires, Argentina
& 2) UCSF Benioff Children’s Hospital Oakland 11) Lurie Children's Hospital of Chicago Children’s Hospital of Eastern Ontario
® 3) UCLA CART Center for Autism Research and Treatment  12) Monroe Carell Jr. Children's Hospital at Vanderbilt ~ Edmond and Lily Safra Children’s Hospital, Tel Hashomer
4) Rady Children's Hospital, San Diego 13) Geisinger Janet Weis Children’s Hospital Erasmus MC, Rotterdam
D u m 5 é 5) Intermountain Primary Children’s Medical Center 14) NYU Langone Medical Center
p q : 6) Children's Hospital Colorado 15) Weill Cornell Medical College of New York

& 7) Texas Children's Hospital 16) Massachusetts General Hospital
A I I I a n c e 8) Mayo Clinic 17) UNC Carolina Institute for Developmental Disabilities
9) Minnesota Epilepsy Group 18) Nicklaus Children’s Hospital

FOR 130 10.2-13.1 MULTIFLICATIONS 5
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SYNDROME FOUNDATION
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& 2) UCSF Benioff Children’s Hospital Oakland 11) Lurie Children's Hospital of Chicago Children’s Hospital of Eastern Ontario
® 3) UCLA CART Center for Autism Research and Treatment  12) Monroe Carell Jr. Children's Hospital at Vanderbilt ~ Edmond and Lily Safra Children’s Hospital, Tel Hashomer
4) Rady Children's Hospital, San Diego 13) Geisinger Janet Weis Children’s Hospital Erasmus MC, Rotterdam
D u m 5 é 5) Intermountain Primary Children’s Medical Center 14) NYU Langone Medical Center
p q : 6) Children's Hospital Colorado 15) Weill Cornell Medical College of New York

& 7) Texas Children's Hospital 16) Massachusetts General Hospital
A I I I a n c e 8) Mayo Clinic 17) UNC Carolina Institute for Developmental Disabilities
9) Minnesota Epilepsy Group 18) Nicklaus Children’s Hospital
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Improve
Tonic
Inhibition

Activate
Paternal
UBE3A

Gene
Therapy
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Discovery Pre-Clinical IND Filed Phase | Phase Il Phase lll NDA Filed Available
Finding Potential Development Investigational Human Human Safety Definitive New Drug to Patients
Therapies/Drugs Testing in New Drug; Safety Trial and Efficacy Tral Trial Application;

Laboratory FDA Filing FDA Filing

ov/d
"Biogen IONIS g=n=ky
PTC )UPenn. UNC, Bamboo/Pfizer
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AAV-Based Approaches
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Discovery Pre-Clinical IND Filed Phase | Phase Il Phase lll NDA Filed Available
Finding Potential Development Investigational Human Human Safety Definitive New Drug to Patients
Therapies/Drugs Testing in New Drug; Safety Trial and Efficacy Trial Trial Application;
Laboratory FDA Filing FDA Filing
Improve
Tonic OV-101 Ovid
Inhibition

Sage (seizures, myoclonus)

Symptomatic [
Ketone Esters Disruptive Nutrition (seizures)

Improve
Synaptic NNZ-2591 Neuren (motor and cognitive function)
Function
] TOpoisomerase Inhibitors UNC
Activate Antisense oligonucleotides IONIS/Biogen, Roche, GeneTx/Ultragenyx
Paternal
UBEIA m UNC, UC Davis
- m UConn/UTSW
16-::; AAV-Based Approaches PTC therapeutics, UPenn, UNC, Bamboo/Pfizer angell I |an
ey SYNDROME FOUNDATION

This is a list of therapeutics under development that ASF is aware of to date. Other therapeutics may be under development
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GLOBAL SUMMIT & GALA
_DECEMBER 6- 7., 2009, =3y
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“Try to get patients in as many

"Right now ,
£ geographies as you can... think
A lobally" - GeneTx
participate e A oo
internationally Vi ' 2
" in the Global .We focu:”on global access
Registry." ook s
- FAST ' |
_“"Thisisa’
global
company.
We try to
engage in ik .
ek g ; "It's a global disease and we
Europe as & 3
ol are global."” - Ovid
soon-as , -
we can,” - . "Our study is global and already
Neuren moving into Australia.”

- Disruptive Nutrition
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