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Objective

The objective of this analysis was to evaluate the Table 1. Demographic and Baseline Characteristics Figure 1. HQ-CT Change from Baseline
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syndrome to DCCR (Diazoxide Choline) Extended-Release Age [years) Mean (SD) 134 (68)  13.6(74) 135 (7.0) . =80 =41
Tablet prior to the onset of the COVID-19 pandemic. >oxn (%) 6439 19452 55 (444 TEAE 67(79.8%) 31 (73.8%)
Fermnale 46 (56.1) 23 (54.8) 59 (55.6) R TEAE related to study drug 49 (58.3%) 21 (50.0%)
Height (cm) Mean (SD) 146.3 (18.5)  147.5(20.1)  146.7 (19.0) - SAE 6 (7.1%) 0 (0.0%)
Weight (kg) Mean (SD) 62.2 (30.4) 60.4 (29.6) 61.6 (30.0) .
Background S ey Solny  mabee mels o 7 .. SAErelatedfostudydrug 1(12%]  0(00%)
Bodly fat mass (kg) Mean (SD) 27.67 (16.62) 2647 (17.58)  27.25 (16.90) = TEAE leading to premature study discontinuation 4 (4.8%) 1 (2.4%)
Lean body mass (kg) Mean (SD) 2925 (14.16) 28.31 (12.52) 28.92 (13.56) % (]C) -3
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neurobehqvloral me’rcboollc disease, Is charac’renzepl by e e St o) oy o) O 8-5 __ S— incidence — —
hyperphagia, accumulation of excess fat, hypotonia, and (SD) O : ypertrichosi (27.8%) (14.5%)
behdviorcl/psychologiccl complicc’rions Patients with PWS Fasting Insulin (ulU/mL) Mean (SD)  12.07 (15.25)  9.74 (5.99)  11.28 (12.90) T -4 Peripheral edema 15 (17.9%) 4 (9.5%)
: PWS Genetic Sub-Type, n (%) T : : :
ot 7 an . ) Dele’ri?)rr]we IC sUb-lype. n 48 (58.5) 26 (66.7) 76 (613 Upper respiratory tract infections 9 (10.7%) 5(11.9%)
and their families were significantly disrupted by the COVID Non.delefion 33 (40.2) 14 (33.3) 47 (37.9) -7 Headache 5 (6.0%) 6 (14.3%)
19 pandemic. There are no approved freatments for Coonion oy i 0 (00) 1 08) 8 Hyperglycemia 9 (10.7%) 0 (0.0%)
hyperphagia in PWS. In the analysis of the full dataset (pre- United Kingdom 922 s(4y 25002 nadiol o s o5
COVID "'. CQY|D) fhe Primary endpoint, HQ-CT, T"e”ded Gg?,ﬁi‘nﬂ;’?f‘e%?:j*‘m' ") 69 (84.1) 35 (83.3) 104 (83.9) Figure 1. Body Fat Change from Baseline Viral infections 0 (0.0%) 3 (7.1%)
toward significance while 2 of three secondary endpoints, Not Currently Treated 13 (15.9) 7 (16.7) 20 (16.1) ]
Clinical Global Impression of Improvement [CGI-I] and body .- TEAEs that are common complications and
s 12 (14.3%) 12 (28.6%)
fat mass were significant Figure 2. Clinical Global Impression of Improvement D comorbidities of PWS
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- 13-week, double-blind, placebo-controlled, parallel arm study p=0.015 O iIN hyperphagia, CGIl-l and Caregiver GI-C and body fat
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assessment of primary endpoint (necessary for MMRM analysis) 5 and cardiometabolic exploratory endpoints
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mass by DXA " 7 = Very Much Worse Aggressive Behaviors | -1.5+435  -02+3.18 | 0.048 related to DCCR and was expected
« Exploratory — behavioral assessment and cardiometabolic markers Anxiety 36+539 | -10+404 | 0.018
COVID-17 . o . . . Figure 3. Caregiver Global Impression of Change |Rigidity, Irritability -3.4+474 | -0.4+3.53 | 0.003 C I M
»  The COVID-19 pandemic caused significant disruptions in the Compulsivity 28+345 | 05+311 | 0.008 onciusions
lives of participants as well as their caregivers making it more 100% . DO Y1 '
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, Social Relatin -1.2+£254 | -0.1£2.17 0.008 )
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