Poster #663

= = - - - Ingrid E. Scheffer, MBBS, PhD, FRACP, FRSl; Rima lUniversity of Melbourne, Austin Hospital and Royal Children's Hospital, Florey and Murdoch
Ll . Children’s Research Institutes, Melbourne, Victoria, Australia; 2Reference Centre for Rare

Safety and Effectiveness of Adjunctive Fenfluramine in e o o een e 15, o rrce

Orrin Devinsky, MD4; Stephane Auvin, MD, PhD5; France; 3University of Leuven, Leuven, Belgium, Full member of the European Reference Network

. . . . . . EpiCARE; “NYU Langone Medical Center, New York, NY, USA; Robert Debré University Hospital
Elizabeth A. Thiele, MD, PhD®; Elaine C. Wirrell, MD’;

and Université Paris-Cité, Paris, France; ®Massachusetts General Hospital, Boston, MA, USA; “Mayo

[ ] [
an Open-Label Extension Study of Children (Under 6
i : ; 10« ; - 11« M; University, Bielefeld, Germany; °Bambino Gesu Children's Hospital, IRCCS, Full Member o
Milka Prlngshelrp, MD ; Kat;uml Imai, MD_ ; Michael European Reference Network EpiCARE, Rome, Italy; 1°Schon Klinik Vogtareuth, PMU, Vogtareuth,
LOCk, Pthz; Melanie LangI0|s, PhD13; Patrick HeaIy14; Salzburg, Germany; German Heart Centre, Munich, Germany; *NHO Shizuoka Institute of
y 7

; 14. 2F 13+ Epilepsy and Neurological Disorders, Urushiyama, Shizuoka, Japan; 2Independent Statistical
Yea rs O I d w I t h D ra VEt S n d ro m e Shll?ha POIeglaSI PharmD ' Amelie LOthe’ PhD ! Joseph Consultant, Haiku, HI, USA; 3UCB Pharma S.A., Colombes, France; **UCB Pharma, Inc., Smyrna, QR cc 202 oo oot N
Sullivan ; MD GA, USA; sUniversity of California San Francisco Weill Institute for Neurosciences, Benioff * INTERNATIONAL CHILD
Children’s Hospital, San Francisco, CA, USA. A E )NEUR[]L[]GY CONGRESS

Cape Town, South Africa | May 6-10, 2024

(® QUESTION O, RESULTS Median MCSF Percentage Change During OLE, Overall =: CONCLUSIONS

. What is the safety and Patient Demographics and Safety in Patients 2 to <6 vs Patients 2 to <6 Years of Age (mITT, n=85) - FFA treatment in patients

I I O Il 2 to <6 I
glf]egci’fflgren:etizaptﬁgllft C\)lslth Years of Age Popvupi:ion Yearsoo: Age W|t||'|1 tDls agte((::ll 2 tt(;'l <6 was
fenfluramine (FFA) for Patients Enrolled -m o — — \s/\;efety? s(?grg?waels cV>VrI b
seizures associated with Age, years S observations of valvular
Dravet syndrome (DS) in Mean + SD 35+ 1.1 L -20- heart disease or pulmonary
patients 2 to <6 years old? Sex, n (%) <EJ arterial hypertension up to
Male 51 (55.4) c  -40- 3 years

2 METHODS FE— 41 (44.6) o FFA treatment was also

L Beried et Fee Patient disposition, n (%) E 60— associated with meaningful
been reported previously? Completed all study visits 12 (13.0) O 66.81 _reductlons mt M.CSF anc_l
Final analysis of add-on FFA Reasons for discontinuation S g0- 74.20 ;n;grﬁq\i,ee?t?;aigp rc;?jrsgclsv(e);
In patients with DS aged 2 Transition to other study / commercial product 61 (66.3) @ R T
to <6 in the open-label Lack of effectiveness 10 (10.9) = RO EhE AT G S ot cag s o
extension (OLE) _ _ : A= Median treatment duration reﬂeCt SEleCls and non-
Effectlveness Change in W|thd I‘awa| by Su b_]eCt 5 (54) gqjlﬂgp%%ugtié)n: patients 2 to <6 years old with RCT baseline data who received >1 dose FFA with >30 days of valid seizure data sejizure beneflts
mon thly convulsive Seizure Death (SU DEp)a 2 (2 2) :—::nAé J;ngéacrgrt% lll\ggSEIr:i,a Tedian convulsive seizure frequency; mITT, modified intent-to-treat; OLE, open-label extension; RCT, Besﬂﬁgggfgipﬂepﬁa_ N
frequency (MCSF) vs Physician decision 1(1.1) Caregiver and Investigator CGI-I Scores at Final Visit S G ol st S e,

4. Nabbout R, et al. JAMA Neurol. 2020;77(3):300-8.

baseline Other 1(1.1) (mITT, n=84)

.. . i i ] Acknowledgements
Clinical Global Impression — Duration of treatment with FFA in OLE, days Rt e e e e o
S hera, PhD, and Scott Bergfeld, PhD (Ph Write, LLC, Princeton, NJ,
Im provement (CGI_I) Mea n :I: SD 83 1 .4 :I: 307 . O Careqiver CGl-l Scores (h=84)2 Investigator CGl-I Scores (n=84) U%oAC)C, f(e)rrawritingaar;sistg%ce,(\a/\r/%iSh was fu(nd:dmtjs UEZIE?Pharmar.mce >

D|SCIOSU res (for author-specific disclosures, please see full poster):

ratl n g S U Sed a S m ea SU re Of M ed Ia n (m I n , m aX) 907 . 5 (8 1 , 1 280) 3.6% 1.2% Acadia, ActioBiosciences, Advicenne, Amicus, Anavex Life Sciences, Aquestive,

global functioning

Arvelle, Asceneuron, Atheneum Partners, Australian Academy of Health and
Medical Sciences, Australian Council of Learned Academies Ltd., Bellberry Ltd.,
Biocodex, Biogen, BioMarin, Biopharm, BridgeBio, California Cannabis Enterprises

Patients reporting =1 TEAE, n (%)P

(CCE), Care Beyond Diagnosis, Centers for Disease Control and Prevention
. Very MUCh Improved (CDCQ), Cerebral Therapeutics, Cerecin Inc., Cereval Therapeutics, Chiesi, Dravet
S t d D - n P r eX| a 42 ( 45 7) Much Im proved Syndrome Foundation, Eisai, Empatica, Encoded Therapeutics, Epihunter,
u y ES|g y " . . EpiMinder Inc, Epilepsy.com, Epilepsy Study Consortium, Epygenyx, ES-
- - A .. M INn |ma”y Improved Therapeutics, GeneMedicine, GlaxoSmithKline, GW Pharma (now Jazz
NCT02682927+° NCT02826863% NCT02926898 h 38 ( 3) Pharmaceuticals), Hitch Biosciences, Knopp Biosciences, Liva Nova, Longboard
N a SO p a ryng Itl S 4 1 . NO Change Pharmaceuticals, Marinus, Multidisciplinary University Research Initiative (MURI),
‘ ‘ ‘ . . . Min |ma||y \Worse MHLW Research program on rare and intractable diseases, National Institute of
U p pe r res p I ra to ry tra Ct I nfectl O n 24 (2 6 1 ) Mental Health (NIMH), National Institute of Neurological Disorders and Stroke
2 weeks . Much Worse (NINDS), National Science Foundation (NSF), NEL, Neurocrine BioSciences,
.. . . Nutricia, Novartis, PhiFundVentures, Ovid Therapeutics, QstateBiosciences,
FFA dose transition to 0.2 mg/ kg/ d FFA E a r I nfectlon 20 (2 1 7) Receptor Life Sciences, Regel Biosciences, Roche, Rogcon, Sanofi, SilverSpike,
" Script Biosciences, Shire, Stoke, Takeda Pharmaceuticals, TevardBiosciences,

OLE (NCT‘028231451) Vomiting 17 (18.5)

Tilray, UCB Pharma, Ultragenyx, Upsher Smith, Xenon Pharmaceuticals, Zogenix
(now a part of UCB) and Zynerba Pharmaceuticals.

Month 1 Months 2-6 | Month 7- EOS Gastroenteritis 17 (18.5) _ _ This is a summary of the main
Stable Hlesalalle Clinically Meaningful Improvement findin S
FFA dose: FFA dose: Viral infection 14 (1 5. 2) Scores of “Very Much Improved” gs. _
0.2 mg/kg/d 0.2-0.7* mg/kg/d _ _ _ - or “Much Improved” on CGI-| Please use the QR E E
Stable ASMs Stable ASMs Demographic and safety data were collected from the safety population (patients between 2 to <6 years old receiving =1 dose FFA).
aDeaths were not treatment related. code to download -~

*Maximum daily dose, 26 mg/d without stiripentol: 17 mg/d bTEAEs that were observed in >15% of enrolled patients in the safety population. mITT population: patients 2 ‘t‘o <6 years old wi,t’h RCT ba_seline dqta wh_o received =1 dose FFA with =30 days of valid seizure data during the OLE. -
with stiripentol. FFA, fenfluramine; OLE, open-label extension; SD, standard deviation; SUDEP, sudden unexpected death in epilepsy. Zpﬁ;fevﬁ;fe”:orfjssgsszSocf)f Y:;Lycmv‘;ﬁs‘g’?zgeo/ )bg'ncgrglg_'l"s;scc:r;g‘i’ve;tfators' the full pOSter. E
ASM, antise_izure medication; FFA, fenfluramine; OLE, open- CGI-, Clinical Global Impression—Improvement; FFA, fenfluramine; mITT, modified intent-to-treat; OLE, open-label extension; RCT, randomized Visit: UCBposters.com/ICNC2024
label extension. controlled trial.

Poster ID: 663

International Child Neurology Conference 2024 | Cape Town, South Africa | May 6-10, 2024



	Untitled Section
	Slide 1: Safety and Effectiveness of Adjunctive Fenfluramine in an Open-Label Extension Study of Children (Under 6 Years Old) With Dravet Syndrome


