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HEALEY ALS Platform Trial

Enrollment Updates (as of November 4, 2021)
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Guest Speakers
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Trial Statisticians
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INTRODUCTION TO BIOSTATISTICS
WEBINAR SERIES



Impetus

What determined n=160 as the magic number for each regimen?
* Curated queStlonS from How does the platform randomization work given that

— Past webinars there are 3 drugs that have over 200 patients enrolled, the
placebo, and now Pridopidine is new with just 1 patient?
— Facebook sessions and AMA
_ _ For the next round, will the current placebo data be
— Emailed questions combined with that to be acquired in the next round?

One of the slides mentioned a non-statistically significant
difference. Can you explain that please, since you were so
positive on the positive results.

If someone re-randomizes into a second How are deaths included in the statistical analysis of
regimen, is it possible then could be adverse consequences if the death is from ALS and not
randomized into placebo 2x? trial complications?
How come trials are set up in a way to “prove Can you explain to people how the FDA's statistical
statistical significance”, but even when they are penalty works for manufacturers who decide to do an
deemed “positive”, they are not “significant” interim analysis and how you or a manufacturer decides if

ENOUGH for the FDA? they will be doing those in the Healey trials?



TO THINK LIKE A BIOSTATISTICIAN



ALS PLATFORM TRIAL THROUGH THE
EYES OF A STATISTICIAN
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Generic Clinical Trials
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Healey ALS Platform trial
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Healey ALS Platform trial
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Questions?

<
Be rational
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Planned topics

 Why and when Placebos are important
 Statistical Significance

« Randomization

« Determining optimal sample sizes

« Statistical tests used in ALS clinical trials and how they are
modified for a platform design

* The statistics behind biomarkers discovery and use
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