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DS is a severe and progressive epilepsy Patients receive up to 3 doses of STK-001 in MONARCH and ADMIRAL Single and multiple doses of STK-001 up to 70 mg have been generally well-tolerated
with option to rollover into an OLE :

e DS is characterized by frequent, prolonged, and P . . TEAEs in >10% by Preferred Term h (%)
refractory seizures, typically beginning within the first Patients n (%) Post lumbar puncture syndrome 19 (25.7)
year (y) of life o o - TEAEs 38 (95.0) 32 (94.1) 70 (94.6) Vomiting 17 (23.0)

Aty stanamotor donomattes berioral |- [ L Lo Lo L e S TEAEs refated to sudy dr (225 | 1san) | aeG2a) | [Seiur le(z1.
problems, speech impairment, sleep disturbances, g, o 4 Ll 2Grade 3 TEAEs 7 (17.5) 5(14.7) 12 (16.2) Eyrexm e 3 (12'3)
and a high risk for sudden unexpected death B, >Grade 3 TEAEs related to study drug 0 1(2.94) 1(1.35) PPET respiratory tract infection (16.2)

e In approximately 85% of cases, DS is caused by < < 2 MAD Serious TEAE e T e Irritability 11 (14.9)
spontaneous, heterozygous loss of function mutations D2 Ol erious > (17.5) (23.5) (20.3) Contusion 10 (13.5)
in the SCN1A gene, which encodes the voltage-gated l ‘ Serious TEAEs related to study drug 0 1(2.94) 1(1.35) CSF protein increased 10 (13.5)
sodium channel type 1 a subunit (Na, 1.1) protein screaning e e Rollover int : . -

«In DS, patients have one wild type copy and one 4 LONGWING OLE MESEsTcaengitola ot L iz 1{1.35) Rhinorrhea 10 (13.5)
mutated copy, re§ult§ng in half as much Na,1.1 protein Safety data cutoffs: 12Apr2023 (ADMIRAL); 13Apr2023 (MONARCH) Diarrhea 9(12.2)
as needed to maintain health o » 5 e MAD e Most common TEAEs related to study drug were CSF protein elevations, vomiting, and irritability Nasopharyngitis 9(12.2)

° gg’&fg#;a;'n”f F)er\(lle.r%tpsrgigilrne;naarzl drfgtjourfefﬁggtls?er;lztgre - = = e Most treatment-emergent AEs (TEAEs) were mild to moderate in severity; 1 fatal event of presumed Procedural vomiting 8 (10.8)

=VENL S - : — . Sudden Unexpected Death in Epilepsy (SUDEP) not related to study dru :
related comorbidities in D3 T llllllll T ET J ‘ H ‘ H I L 1 ! ! WT o 1 patient withw) serious TEAEs replat(Fe)dytE) study)drug classified as stpegted Unexpected Serious ’ 3?&;;?&%?;?3;%?5 related to C3F collection or study
STK-001 be the first di & Adverse Reactions (SUSARs) that the investigator attributed to STK-001. The patient completed ¢ 26 (35.1%) had CSF protein values >50 mg/dL; no
- may be the first disease- e ciecon the study. All other related TEAEs were non-serious/mild or moderate. ! fa : : ’
modifying t|¥e ra py to address the 74 patients received 21 dose of STK-001 up to 70 mg/dose 4 associated clinical manifestations
X *ADMIRAL protocol was amended allowing investigators to administer 2 or 3 doses of STK-001 (70 mg) before patients would be eligible . H . . . = . . 0
genetic cause of DS to enroll in LONGWING open label extension (OLE) Median reductions in convulsive seizure frequency All patients who received 3 doses of 70 mg achieved >50%

reduction at 3 months and at 6 months after last dose

were 80% at 3 months and 89% at 6 months after last

¢ STK-001 is an investigational antisense oligonucleotide . . . . . . . . _ o -
designed to upregulate Na, 1.1 protein expression by Reductions in con\.lulswe. seizures were more substantial, sustained, dose in 70 mg multiple-dose cohort 100~ Individual patient responses
Ieveraging the non-mutant (Wlld type) copy of SCN1A and consistent In the 70 mg mU|tIp|e-dOSE COhOI‘t 3 Months After Last Dose 6 Months After Last Dose
to restore physiological Na, 1.1 protein levels MONARCH & ADMIRAL Patients (All Ages) Combined by Cohort*
100 = 50 Bl Ages 2 to 12 Years - B Ages 2 to 12 Years

B Ages 13 to 18 Years B Ages 13 to 18 Years

4~ 30mg(n=18,17,17,17,16,15,14,13,3) — n

Patients in MONARCH and ADMIRAL are A 45mg(n=16,16,16,15,14,9,9,,4) | n=number of patients
treated with the best available medicines A 70mg(n=11,11,11,8,6,6,3,3,3) 4
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% Change from Baseline in Convulsive Seizure
Frequency at 3 Months After Last Dose*
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% Change from Baseline in Convulsive Seizure
Frequency at 6 Months After Last Dose*
=]
]

o

Ethnicity, n (%)

Not Hispanic/Latino 64 (86.5)
Baseline convulsive seizure frequency per 28 days,

€5 g
€3 iz 3z
Total: N=74 2z Y& G
Age at screening, y ] 55 a0 5% .
Mean (SD) 10.2 (5.05) £ g 24 2 50 ---&3 50-
Median (min, max) 10.5 (2, 18) £ 5 33 33
Sex, n (%) 5 3 ok = smeinio o m e
Female 39 (52.7) S E,, W 70mg(n=p) . 70mg(n=3) 1100 - 100
Male 35 (473) E E 100- 190 | 3 Doses IEDuse*,l% | 3 Doses |
Number of concomitant ASMs, n (%) S 1 Patients treatEd With 2 or 3 dOSES Of 70 mg eXperienced *28-day interval prior to 3 months & 6 months after last dose for all patients; 1 patient in 70 mg received dose 3 late; thus
>3 60 (81 1) {\T7 3 differentiated pattern Of response intervals don't extend fully to 3 & 6 months after last dose for this patient.
24 | 37 (50.0) 100 T T T o o o .y o E 70 mg MAD (ADMIRAL)* Positive safety and efficacy data from patients treated in
Concom'a“t fenfluramine 36 (48.6) 128 056 s7s4 sAl2 0 a0 IAHSE dedse 1ms | mses o MONARCH and ADMIRAL support ongoing development of
ae, h (%) o wonanct || somas ® 3 Doses (n-9) STK-001 for the treatment of DS
>lan . ] ( | ) *MONARCH dosing at D1, D29, D57; ADMIRAL dosing at D1, D57, D85; 70 mg patients received 2 or 3 doses; MONARCH ends D224, ADMIRAL ends £ § e p v
Black or African American 4 (5.41) D252. Seizure data cut: 12Apr2023 and 21Jun2023 (ADMIRAL); 13Apr2023 (MONARCH) 23
White 66 (89.2) g5 5ol
Prefer not to answer 4 (5.41) S E
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