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Clinical Trial Results 

Study Title: An open-label study to investigate the safety and pharmacokinetics of multiple ascending doses of 

antisense oligonucleotide STK-001 in children and adolescents with Dravet syndrome 

Study Number: STK-001-DS-102 (ADMIRAL) 

Patient Disposition:  

• Safety set (n=19) includes all patients who received ≥ 1 dose of STK-001 

• Data cuto, 12Dec2023 (End of Study) 

 

#22 unique patients 

*1 patient withdrew prior to dosing  

 

  

Patients 

Screened

(n=23#)

Screen failures

(n=3)

Assigned Cohort

(n=20)

Cohort 1

30 mg MAD

(n=4)

Completed 

Study

(n=4)

Cohort 2

45 mg MAD

(n=4)

Completed 

Study 

(n=4)

Cohort 3

70 mg MAD

(n=12*)

Completed 

Study 

(n=11)
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Patient Demographics 

 
MAD 

Overall 

Cohort 1 (30 mg) Cohort 2 (45 mg) Cohort 3 (70 mg) 

Age at Screening, years 
 

N 4 4 11 19 

Mean (SD) 9.3 (6.18) 9.8 (5.12) 9.2 (5.67) 9.3 (5.35) 

Median (min, max) 8.5 (4, 16) 10.0 (4, 15) 6.0 (3, 17) 7.0 (3, 17) 

Age Group, n (%)  

2 to 12 years 2 (50.0) 2 (50.0) 7 (63.6) 11 (57.9) 

13 to <18 years 2 (50.0) 2 (50.0) 4 (36.4) 8 (42.1) 

Sex  

Female, n (%) 2 (50.0) 2 (50.0) 6 (54.5) 10 (52.6) 

Male, n (%) 2 (50.0) 2 (50.0) 5 (45.5) 9 (47.4) 

Race, n (%)(*)  

White  4 (100.0) 4 (100.0) 11 (100.0) 19 (100.0) 

Ethnicity, n (%)  

Not Hispanic/Latino 4 (100) 4 (100) 10 (90.9) 18 (94.7) 

Prefer not to answer 0 (0.0) 0 (0.0) 1 (9.1) 1 (5.3) 

(*) multiple selections for race may be entered 
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Primary Outcome Measure: Safety and Tolerability  

TEAE Summary by Age 

(Safety Set, N=19) 

Number of patients with: 

Age 2 to 12 

N=11 

Age 13 to 18 

N=8 

Total 

N=19 

TEAEs, n (%) 11 (100) 8 (100) 19 (100) 

TEAE related to study drug, n (%) 4 (36.4) 4 (50.0) 8 (42.1) 

TEAE related to CSF or study drug administration, n (%) 3 (27.3) 5 (62.5) 8 (42.1) 

≥Grade 3 TEAE, n (%) 1 (9.1) 2 (25.0) 3 (15.8) 

≥Grade 3 TEAE related to study drug, n (%) 0 (0.0) 1 (12.5) 1 (5.3) 

Serious TEAE, n (%) 3 (27.3) 3 (37.5) 6 (31.6) 

Serious TEAE related to study drug, n (%) 0 (0.0) 1 (12.5) 1 (5.3) 

Potential DLT, n (%) 0 (0.0) 1 (12.5) 1 (5.3) 

TEAE leading to study drug discontinuation, n (%) 0 (0.0) 0 (0.0) 0 (0.0) 

TEAE leading to study withdrawal, n (%) 0 (0.0) 0 (0.0) 0 (0.0) 

TEAE leading to death, n (%) 0 (0.0) 0 (0.0) 0 (0.0) 
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Primary Outcome Measure: Safety and Tolerability 

TEAEs Reported in >10% of Patients by Preferred Term (PT) 

(Safety Set, N=19) 

• 19 of 19 (100%) patients experienced ≥1 TEAE 

Preferred Term  
Total  N=19   

n (%) 

Vomiting 7 (36.8) 

Pyrexia 6 (31.6) 

Influenza like illness 5 (26.3) 

Procedural vomiting 5 (26.3) 

Upper respiratory tract infection 5 (26.3) 

Contusion 4 (21.1) 

Nasopharyngitis 4 (21.1) 

Respiratory tract infection viral 4 (21.1) 

Seizure 4 (21.1) 

Cough 3 (15.8) 

COVID-19 3 (15.8) 

CSF protein increased 3 (15.8) 

Diarrhea 3 (15.8) 

Fall 3 (15.8) 

Rhinorrhea 3 (15.8) 

Bradycardia 2 (10.5) 

Epistaxis 2 (10.5) 

Head injury 2 (10.5) 

Lower respiratory tract infection 2 (10.5) 

Menstruation irregular 2 (10.5) 

Procedural pain 2 (10.5) 

Rash maculo-papular 2 (10.5) 

Tonsillitis 2 (10.5) 

Tremor 2 (10.5) 

Varicella 2 (10.5) 
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Primary Outcome Measures: Plasma PK Parameters and CSF Concentrations 
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Primary Outcome Measures: Plasma PK Parameters and CSF Concentrations 

 

 

  



7 

 

Primary Outcome Measures: Plasma PK Parameters and CSF Concentrations 

 

 

ADA/Immunogenicity 

• In the Admiral study (Phase 1/2a, STK-001-DS-102), 129 samples from 20 subjects (1 screen fail) were 

analyzed. There were no confirmed ADA positive results in Admiral study.  

 


