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Abstract: This talk gets to the roots of what we, as statisticians, need to think carefully about.  “Methodology” is 
the obvious territory for statisticians to get involved in, but often it merely scratches the surface of the fundamental 
problems. 
We begin with a short story about Sasha, aged 3, who has cerebral palsy – and the desperate and total love shown to 
her by her parents.  Sasha features a lot in the talk as we explore the constraints and over-simplification of the mantra 
that is “Evidence Based Medicine” (EBM).  This is particularly pertinent when we are trying to study treatments for rare 
diseases (referred to as “orphan drugs”) where it is often seemingly impossible to do properly powered randomised 
controlled trials.  We look at inter-relationships between EBM and Bradford-Hill’s so-called “criteria” with respect to 
causality; we look at the dreadful success rates in drug development; we look at the critical importance of 
randomisation; we look at the disasters looming as a result of well-intentioned but short-sighted legislation and why 
Bayesian priors (though not necessarily the Bayesians themselves) might lead us down the wrong road.  We conclude 
with suggestions on when to randomise, and when not. 
 
Bio: Simon has spent 35 years working in clinical trials, mostly in the pharmaceutical industry but also including five 
years at the UK and European regulatory agencies.  He now works as a statistical and regulatory consultant to 
pharmaceutical and biotechnology companies around the world.  He specialises in training and consulting on drug 
development programmes, scientific advice / end of Phase II meetings and preparations for oral explanations and 
advisory committees.  He is particularly well known for his work in the area of developing treatments for rare diseases. 
He is joint editor of Statistics in Medicine, on the editorial board of Translational Sciences of Rare Diseases, and 
previously joint editor of the Journal of the Royal Statistical Society; he has also served on editorial boards on a number 
of other journals, including Pharmaceutical Statistics, Controlled Clinical Trials and British Journal of Clinical 
Pharmacology.  In 2012 he was elected a Fellow of the Society for Clinical Trials. 
He has published widely in statistical and medical journals, is author of one book “Dictionary for Clinical Trials” and is 
joint editor of the “Textbook of Clinical Trials,” both published by Wiley. 
Past responsibilities have included President of the International Society for Clinical Biostatistics, Chair of the External 
Advisory Panel for the Department of Statistics at Oxford University, Associate on the faculty at Johns Hopkins University 
in Baltimore, and vice-Chair of the West London Research Ethics Committee. 
He has served on a variety of data monitoring committees both for industry- and government-sponsored trials.  He has 
given numerous lectures and courses on statistics and clinical trials all around the world, including courses at the FDA 
on development and regulatory assessment of orphan drugs. 


