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Table 1 PB/TURSO exposure duration data by originally randomised group*
 

Key Event Analysis Parameter PB/TURSO (n=87) Placebo (n=48)
 

Any key event Mean (SE), mo 7.5 (0.69) 1.6 (0.70) 

Death and                         

death or tracheostomy/PAV
† Mean (SE), mo 10.4 (0.87) 4.6 (0.87) 

First hospitalisation Mean (SE), mo 7.5 (0.69) 1.6 (0.70) 

PAV, permanent assisted ventilation; PB/TURSO, sodium phenylbutyrate/taurursodiol; SE, standard error.  
*
PB/TURSO exposure in the group that started on placebo occurred entirely during the open-label phase. 
†
Differences between the mean PB/TURSO exposure durations for the death and death or tracheostomy/PAV 

analyses versus the any key event and first hospitalisation analyses are attributable to censoring of participants upon 

first hospitalisation. 
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Table 2 ITT analyses of time to any key event, death or tracheostomy/PAV, and first 

hospitalisation 

Key Event(s) Parameter 

Originally Randomised Treatment Group 

PB/TURSO (n=89) Placebo (n=48) 

Any key event 

Median (IQR) event-free 

survival duration, mo 
14.8 (6.4–29.1) 10.0 (4.0–15.0) 

HR (95% CI) 0.55 (0.36–0.83) 

P value .005 

Death or tracheostomy/PAV 

Median (IQR) event-free 

survival duration, mo 
25.8 (14.6–33.6) 18.5 (11.7–NR) 

HR (95% CI) 0.54 (0.33–0.87) 

P value .012 

First hospitalisation 

Median (IQR) event-free 

survival duration, mo 
NR (6.9–NR) 14.1 (4.2–NR) 

HR (95% CI) 0.57 (0.34–0.96) 

P value .036 

HR, hazard ratio; IQR, interquartile range; ITT, intent-to-treat; NR, not reached; PAV, permanent assisted 

ventilation; PB/TURSO, sodium phenylbutyrate/taurursodiol. 
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