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Introd uction @ L% Conclusions
In the United States (US), fenfluramine (FFA) is currently approved for management QUESTION ﬁ INVESTIGATION « Because of the single specialty pharmacy model, this real-world
1 o g 0 q . .
(r)g dsféiilf) rr?ss iIrT f;:fur:sv:zsggs:z ?rlg Vdg:CDriivgtr;mgﬁE: d(ch)Sr)ltrca)ﬁfé Sﬁ;sogﬁgzt;ng « What are the real-world patient characteristics, including treatment information, e We used real-world data from a specialty pharmacy to describe patient characteristics, treatment information, and treatment persistence, analysis included all US patients with DS treated with FFA after it
open-label extension study in patieﬂts Wi’zlh DS2-5 treatment persistence, and mortality, in patients with Dravet syndrome (DS) who have and to calculate crude mortality rates and standardized mortality ratios (SMRs) for US patients who have been newly prescribed FFA since became commercially available
- I5e I e v & ansls Seeatly HieTEe: recently been prescribed fenfluramine (FFA) in the United States (US)? commercial launch - Data regarding underlying clinical characteristics or disease

« As part of FFA’s Risk Evaluation and Mitigation Strategy (REMS), all patients severity are limited

receiving FFA obtained authorization by contacting REMS O - FFA demonstrated good 1-year treatment persistence in patients with
+ A high premature mortality risk has been observed in patients with DS KN RESU LTS at least 1 year of data, which is reflective of good efficacy and safety
+ In patients with SCV1A pathogenic variants, the previous all-cause mortality : at a median FFA dose of 0.5 mg/kg/day
rate per 1000 person-years was reported as 8.6 (95% CI, 5.4-13.0)° ; W ¢ 3 simil I il ) ted by D ;
O ani : : i DG o _ | «  We report a similar all-cause mortality rate as reporte onnan e
* Sudden unexpected death in epilepsy (SUDEP) is a main cause of mortality in DS; «  From July 1, 2020, to March 15, 2024, we identified 1043 new FFA users with DS; 49.2% § U U \ al. (8 g per 1000 patient-years)s & y
sgaDrEGP-related mortality rate in DS has been reported as 4.4 per 1000 patient- of patients were 6-17 years old at first prescription I - \O. . ” | ) . f
. : . . . : » Future studies will evaluate patient characteristics and causes o
° 0, (o) ‘
- Generalized tonic-clonic (GTC) seizures are associated with increased risk of Prior to FFA treatment, 56.1% and 16.3% of patients discontinued due to failure, . death, including SUDEP, and real-world use of FFA in other indications
SUDEP? were contraindicated to, or intolerant of cannabidiol or stiripentol, respectively ‘ ! 0
« American Academy of Neurology and American Epilepsy Society guidelines « Median maintenance FFA dose was 0.5 mg/kg/day (range: 0.02-1.4 mg/kg/day) 0
recommend treatment with antiseizure medication i patients with GTC .+ FFA 12-month treatment persistence was >74.8% - 74.8-78.5% 8.02/1000 PY 1.88 References
. . . . . . 1. UCB, Inc. FINTEPLA® (fenfluramine) oral solution [prescribing information]. Smyrna, GA; December 2023.
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MethOdS Table 1. Demographics of Real-World Patients With DS Who Are FFA Naive « 724 (69.4%) patients were still receiving FFA at data cut « The median time from first FFA shipment to death was 10.2 months (range: 1.0-28.4 ?gerse?g;”fc‘g’éti: EA'sni:'c ﬁnazeu”r'o Eﬁggj::deaE'ﬁrc‘égng'Tﬁesrﬁ'pzz‘éCpsr_aé‘l';')fe')c';\/'zg i‘:"sg'rﬁse”frgsfém;;?22‘;'1“%%
+ This relrospective cohort study evaluated US pafients with DS who were new users of I B TN - Persistence by index year at 6 months and 12 months in 2020 was 90.9% and months) e R e o e o o e LB oot

obtaine rom t € single specia ty pharmacy _ _ Age at index (years), n (%) 78.5%, respectively, and in 2021 was 86.0% and 77.2%, respectively (Figure 1) « In patients with a mortality event, median initial and final FFA doses were 0.3 Consultant/Advisor, Dravet Syndrome Foundation, Epygenix, Encoded, GW Pharma (now Jazz Pharmaceuticals),
' ;ggof;na'vs's period began when FFA became commercially available (July 1, <2 62 (5.9) + Median treatment duration at 6- and 12-month data cut-off was 21.3 months mg/kg/day (range: 0.1-0.6 mg/kg/day) and 0.6 mg/kg/day (range: 0.3-0.8 o Do o b ot ey R B ity Coportimn ) R Reaar T i

2-5 284 (27.2) and 24.4 months mg/kg/day), respectively (now a ;oart of UCB) during conduct o% the study’; Speaker/Consultant, Zogenix (n(;w a part of UCB): outside the
*  Patients were required to have a DS diagnosis, and must have received their first 6-17 513 (49.2) « The estimated mortality rate was 8.02 per 1000 person-years (95% CI, 3.96-12.08) submitted work; Investigator for studies with Biocodex, UCB, Angelini, and Eisai Inc; Speaker/Advisory Boards
shipment of FFA (defined as index date) 26 months prior to data cut; however, 18-35 169 (16.2) Figure 1. FFA Treatment Persistence by Months of Treatment From + Overall SMR from 2021-2023 was 1.8 (95% CI, 1.05-3.14) Eaohian, Chicss, Hint, Encoded Thorapeuties, GincoSmithKiing. Knope Biceaences, Nuticin, Rogoor, vokeda
BioMarin, Chiesi, Eisai, Encoded Therapeutics, GlaxoSmithKline, Knopp Biosciences, Nutricia, Rogcon, Takeda
eligibility criteria did not impose a minimum time on treatment ) > e N : o
. Patients were excluded if thev had received brior treatment with FEA >35 15(1.4) 2020-2023 Phgrmac_eutlcals, UCB, )_(er_wlon Phgrmaceutlcalsl, Speakgr honoraria: GIangml_thKllqe, UQB, BloMe.mr!: Biocodex,
i ! i~c initi P i Sex; n|(%o) Table 2. Baseline Demographics and Patient Characteristics of FFA IC:\zzlt’ig;_:@rNX\r/\aa\?:f L?flzagcizﬂlilsn gcizec’rrelt)r;\lle'}llhgrgiéE’Lioccs»OCICZ);’eSell?)fl%seTe:gﬂL?c% BElizg? aIril::c?)rcll((jecgE I'?ﬁlérapeutics
) OUtC_o‘En €s relgor.teg include d(?motg.raphécsl,:'&nltlal ?nlc.jt maT tenagcte_ FF'At‘ ddose'fr,\ FFA Female 496 (47.6) g N g < . 2020 2021 W= 2022 2023 Naive Patients With a Mortality Event EpiMinder In.c, Epygenyx, ES-Therépeutics, GW Pharma (r,10w Jazz Pharmaceutic,als), I(/Iarinus, Neurocrine
persistence (by index year), duration o , Mortality rate, and time o dea Male 547 (52.4) SaSa o _ Patients With a Mortality Event BioSciences, Ovid Therapeutics, Takeda Pharmaceuticals, UCB, Ultragenyx, Xenon Pharmaceutical, Zogenix
» For each time-based outcome, exact dates of FFA shipment were not available Weight at index, kg 100 o o 8 3 n n=15 Y (now a part of UCB) and Zynerba; Consultant: Atheneum Partners, Care Beyond Diagnosis, Epilepsy
but were imputed to the 15t dav of the reported month Y ™ NN o - Consortium, Ovid Therapeutics, UCB and Zynerba Pharmaceuticals, Stoke Therapeutics, Praxis; Non-Executive
. P ) y P . . . Mean + SD 35.9+ 224 2 ® o N NN N Age at index (years), n (%) Director of Bellberry Ltd. and Director of the Australian Academy of Health and Medical Sciences. SR:
*  Persistence was defined as continuous FFA shipments until last shipment plus Median (range) 30.1 (6.4-129.3) £ 807 ~ R R S ' Speaker/consultant for UCB, Eisai, Jazz Pharma, LivaNova, Angelini Pharma. JHC: Research grants received
day supply, or date of death, or discontinuation date after which there weren't o : AT ' - O <2-5 5(33.3) from Zogenix (now a part of UCB), Marinus, GW Pharma (now Jazz Pharmaceuticals), Vitaflo, Stoke
b : hi ’ Prescribing provider, n (%)? 0 - Therapeutics, Ultragenyx, National Institute of Health Research (NIHR), EPSRC, GOSH Charity, ERUK, the
any subsequent FFA shipments g 60 6-17 7 (46.7) Waterloo Foundation, the Great Ormond Street Hospital NIHR Biomedical R h Centre; Consultant/advi
. . . . . Pediatric epileptologist 590 (56.6 c - . aterloo Foundation, the Great Ormond Street Hospita iomedical Research Centre; Consultant/advisor
* Treatment perS|st_ence and time t(.) death from f“.’St FFA prescrlpt_|on date (index) e P pl gt 289 (27 7) 9 >18 3 (20.0) for Zogenix (now a part of UCB), GW Pharma (now Jazz Pharmaceuticals), and Biocodex for which
was measured using a Kaplan-Meier chart including median survival and cdiatric neurologis (27.7) o 40+ = : remuneration was made to the department, outside of the submitted work; Chair of the Medical Board for
corresponding 95% confidence intervals Adult neurologist 91 (8.7) o Sex, n (%) Dravet UK, Hope for Hypothalamic Hamartoma, Matthews Friends; Endowed chair at UCL Great Ormond Street
. . . . Epileptologist 53 (5.1 20- Institute of Child Health. LL: Research grants, consultant and/or speaker: Zogenix (now a part of UCB),
- Patients were censored at discontinuation or end of follow-up prieptologis ) Female 6 (40.0) LivaNova, UCB, Shire, Eisai, Novartis, Takeda/Ovid, NEL, and Epihunter. PR: Speaker/consultant for UCB,

. Standardized mortality ratios (SMRs), that compared crude mortality rates to the US Neurologist 20 (1.9) 0- Male 9 (60.0) EISAI, GW Rharma (now Jazz Phar_maceuticals)_, ;dorsia, Livqnova!, Arvelle T_he_rapeutics. AGN: Speakers
general population (similar age range observed in this study of patients with DS), and Pediatrician 1(0.1) [ I I : bureau, adv!sory bogrds, or commluegs: Angelini Pharmg, Bial, Biocodex, Elsal,- Esteve, GW Pharma (now _Jazz
95% confidence intervals (CIS) for 2021-2023 were also reported Previous ASMs, n (%)b 1 12 24 36 Previous ASM use, n (%) Pharmaceuticals), Oils 4 Cure, Pharvaris, ETC Therapeutics, Rapp(_)rt Therapeutics, Sto_ke, UCB, and Zogenix

0 P ’ (now a part of UCB); Research support: Biogen, Jazz Pharmaceuticals, PTC Therapeutics, and UCB. JLN:

« Descriptive statistics were used to summarize data Valproate¢ 915 (87.7) Months of treatment Valproic acid 15 (100) Scientific advisory board: Rapport Therapeutics and Ovid Therapeutics. JR, AL, MT, MR: Employee of UCB.
Clobazam 660 (63.3) o OD: Research funding: UCB, Eisai, Jazz Pharmaceuticals; Equity interest: Tevard Biosciences, Regel
C bidiol 585 (56.1 Persistence data are shown for yearly cohorts if a patient beginning FFA treatment by December 31 of the cohort Cannabidiol 10 (66.7) Biosciences, Script Biosciences, Actio Biosciences, Empatica, Ajna Biosciences, Blackrock Neurotech, Diatiro
Resu Its 2lrin 212112 (56.1) year could have received FFA for the specified amount of time by the data cut date of March 15, 2024. Clobazam 10 (66.7) Pharma, Somnum Pharma, and California Cannabis Enterprises (CCE); Consultant or equity options: Emotiv,
Topiramate 431 (41.3) Persistence data have been updated as one patient was removed from the analysis; the initial FFA shipment date : UCB, Spine Care, Ultragenyx, Tennex, Praxis Precision Therapeutics.
From commercial launch (July 1, 2020), through the most recent data cut (March 15, Stiripentol 170 (16.3) and date of death were the same. Topiramate 8 (53.3)
’ FFA, fenfluramine.
2024), data.were available for_ 1043 new users of FFA for DS Levetiracetam 149 (14.3) Stiripentol 2 (13.3)
+ Demographic data are shown in Table 1 Zonisamide 52 (5.0) - During the analysis period, there were 15 deaths per 1869.54 patient-years of follow- Levetiracetam 2 (13.3)
e 49,20, of patients were 6-17 years old at time of prescribing, 56.6% were Lamotrigine 48 (4.6) uring Y p / d p . Y Y ’ For a copy of this poster, use your smartphone to scan the QR code, or contact UCBCares®
prescribed FFA by a pediatric epileptologist Phenobarbital 26 (2.5) up _ _ _ _ _ Time from first shipment to death, months Phone: +1-844-599-CARE (2273)
*  Prior to FFA treatment, 56.1% and 16.3% of patients discontinued due to Rufinamide 25 (2.4) ) ghqgngggte ggg asnr:'ggt\é egff(rj%rantrr]n \?V;tfé'%:';aa%sés after discovering the FFA Mean (SD) 11.0 (7.41) mal eBtares@uch.com
l;zlslt;reec,ﬁ\\/,v;re contraindicated to, or intolerant of cannabidiol o stiripentol, Ethosuximide 19 (1.8) « Of these 15 patients, 80.0% were 2-17 years old and 60.0% were male (Table 2) Median 10.2
y Felbamate 16 (1.5) ) ) ) ) . ) Presented at American Academy of Neurology 2025 Annual Meeting

* Median initial and maintenance FFA doses were 0.3 mg/kg/day (range: 0.1-1.1 2A patient could have more than one prescribing physician. ) Pﬁtl?nﬁs d_|scont|nued dlue t.O fal.l(;]re’ were Cor;tramdlcatlequl.:oll or IntoIerantOof Range 1.03-28.40 San Diego, CA, USA | April 59, 2025

mg/kg/day) and 0.5 mg/kg/day (range: 0.02-1.4 mg/kg/day), respectively oAl valoroate dotiveb Indorded 1 2 fure, were conirainicated o, o Intolerant o E.fbaoza?;v'(”ngﬁgMé's_V%/f{ Ogcn?ﬂoéi?a_nig’telgr?fg)’ 5?222)' ol (n=10, 66.7%), ASM, antiscizore medication: FFA, fenfluramine; S, standard devistion.— 11—+ o1 e Torely 2nalst. Previously presented at American Epilepsy Society 78th Annual Meeting

ASMs, anti-seizure medications; DS, Dravet syndrome; FFA, fenfluramine; SD, standard deviation.
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