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Motor: 56
Communication: 54
Socialization: 59
Daily living skills: 55
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We don’t need to measure
Milestones. We need to measure
“Inch-stones.”

Gabi Conecker & JayEtta Hecker
DEE-P Connections
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» Adaptive Behavior Assessment System 0-5 years (ABAS)

* 125 young people with severe developmental & encephalopathic epilepsies.
* 36 Lennox-Gastaut Syndrome
* Chronological age 10.8 years (IQR 7.4 - 17.1)



Chronological age
Median = 10.8 years
IQR =7 to 17
Range = 4 to 35 years

Age equivalents
1-2 years
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Assessment of a Clinical Trial Metric for Rett Syndrome; Critical
Analysis of the Rett Syndrome Behavioural Questionnaire

Wei Hou, PhD#, Usree Bhattacharya, PhD ”, Wisnu A, Pradana”,
Daniel C. Tarquinio, DO, MS-CI ¢ Ped Neurol, 2020

A FAST

Foundation for Angelman
Syndrome Therapeutics

CUREAngelman.org
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Sum of Motor and Language Score

Motor function Language function o
o 1 2 3 4 5 6 7 8 9 10 11 12
Age (years)
3 Normal 3 Normal oo
Grossly normal gait. Apparently normal language. Intelligible and
No prominent ataxia, no pathologic falls. grossly age-appropriate. No decline noted yet. A Motor-Language Score
L 1.0+
S — .
2 Clumsy, falls 2 Abnormal § 0.9 | Cerliponase alfa
Independent gait, as defined by ability to walk Language has become recognizably abnormal; € 0.3+ I-"‘--l
without support for 10 steps. Will have obvious some intelligible words; may form short sentences 2 £ o7
instability, and may have intermittent falls. to convey concepts, requests, or needs. ] @ 06 I“.I"“
]
O % o5
Z 8% 04 L
1 No unaided walking 1 Minimal 'i_,ﬁ 034 -l‘
Requires assistance to walk, or can crawl only. Hardly understandable. Few intelligible words. B 0.2 ':._ s
® 1] Hazard ratio, 0,08 (95% C1, 0.02-0.23) | Historical contiols
g OAG P<0.001 TR e et s
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g Immobile BRUinell sl . 1 9 17 25 33 41 49 57 65 73 81 89 97 105 113 121 129 137 145 153 161
Can no longer walk or crawl. No intelligible words or vocalizations. Week
‘eel
No. at Risk
. . . . Cerliponase alfa 23 22 14 9 7 2
Neuronal ceroid lipofuscinosis: Schulz, NEJM, 2018 Historical controls 2 a4 B B U 7 2 1
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Radar Plots
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Profiles of severe-profound impairment

Dravet Syndrome
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* |[dentify, adapt, create appropriate measures
* Trial measures in intended population
 Ability Study
* SCN2A Clinical Trials Readiness Study (CTRS)
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Standardized measure of a function and alternative measure
of the same function
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* Trial measures in intended population
* Ability Study
* SCN2A Clinical Trials Readiness Study (CTRS)
* Get the results into the scientific community
* Familiarity
* Buy-in




