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> The riluzole trial design was asymmetric with a 1-to-2 ratio

\ » The placebo treated group’s disease progression was
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> Standard block randomization, i.e. no stratification.

simulated first by sampling the baseline patient distribution between th? placebo and treated groups, and ‘{nclt{ded also
TFC=13 patients. We found that a balanced design improved

returning a TFC, < {9,10,11,12} for each patient; second, the

TFC,,q Was sampled at the end of the study for each subject trial power with 1-2%, whiIeA excluding TFC:l? improved
Randomization (TFCytare VS. TFC,pq distribution, Fig.1) resulting in: power 1% or more, depending upon how investigators
| | interpreted the “manifest HD” inclusion criterion in TFC terms.
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Treatment Effect (TE): »>We found that the ANCOVA test provided the highest power
TE= 25% attenuation = minimal effect and the Mann-Whitney U-test the lowest power (excluding the

> Initial inclusion criteria were: CAG repeat length > 36, TMS one-tailed t-test), with an 18-23 percentage point difference.

> 5, ambulatory, manifest HD, TFC 2 9, age 2 18. These TE = 100% attenuation = no decline

criteria are similar to the riluzole trial and somewhat more

» The sample size and corresponding power was:

stringent than e.g. the remacemide/CoQ, trial. al -
»>Based on the disease progression statistic (see text box Trial Assessment: Trial outcome: ANCOVA (=005, covariate:TFC, 1)
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CoQ,, trial n=87 Power is the probability of getting the right
Mean ~ SD  Median Max  Max result (given an effect has been imposed). Missing data:

103 17 - 13 7 > Patient drop-outs of 10% were assumed. Only observed data

» To calculate the power, 5000 trial simulations was used, i.e. no imputations or LOCF.

were generated.
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