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THERE WAS LESS TO THE -
STORY NOT TOO LONG AGO




ANGELMAN SYNDROME (AS) - A CONDITION PAVING A NEW PATH
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WE WERE INSPIRED TO MAKE A DIFFERENCE IN ANGELMAN SYNDROME
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THE ROAD TO GABOXADOL: EXPLORING TONIC INHIBITION
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THE ROAD TO GABOXADOL: PROMISING PRECLINICAL LEARNINGS
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STARS PHASE 2 STUDY MET SAFETY AND TOLERABILITY ENDPOINT AND ALSO SHOWED EFFICACY
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FOLLOWING THE LIGHT WITH NEPTUNE 2
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NEPTUNE STUDY DESIGN
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THE CGI-I-AS ENDPOINT IN NEPTUNE [Jjiem
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A CLOSER LOOK AT THE CGI-S-AS SEVERITY SCALE

Normotypical,
not at all
impaired

DOMAIN

Normotypical
typical child

BEHAVIOR
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Borderline,

slightly impaired

May interfere
with day-to-
day functioning

Mildly impaired

Moderately
impaired

Markedly
impaired

Severely
impaired

Among the most
extremely impaired

Mildly
interferes with
day-to-day
functioning

May start to
Impact outings
to community

Moderately
interferes with
day-to-day
functioning

Community
outings may
require
preparation

Markedly
interferes with
day-to-day
functioning

Community
outings are only
possible with
moderate
preparation

Severely
interferes with
day-to-day
functioning

Community
outings are only
possible with
extensive
preparation

Profoundly
interferes with day-
to-day functioning

Outings to
community are rare
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A CLOSER LOOK AT THE CGI-S-AS SEVERITY SCALE
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WE WERE NEVER IN THE FIGHT ALONE
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AS ADVOCACY IS HELPING TO BRING NOVEL TREATMENT TO
PATIENTS—FASTER AND SOONER THAN WE EVER THOUGHT POSSIBLE

— D"MIYTN D'719'0 X'AN7 TN' D'TAIVI |YJ'12]N Nninmona n"S’nin 021 DIANX
MYUOKX "'V INY'YY ann NI 0DTzINE YN 1IN

FDA
POST-MARKET
FDA REVIEW SAFETY
V21270 Mo MONITORING
INX7 NIN'VA 1ILV"
71'wUn

DISCOVERY AND PRECLINICAL CLINICAL
DEVELOPMENT RESEARCH RESEARCH

NIN'ol 17" n'72-0T NN N7 Apnn

ov/d

THERAPEUTICS



THE AS COMMUNITY IS POISED FOR POTENTIAL TREATMENTS
TO CHANGE MEDICAL PRACTICE
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