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Preamble

This is the first textbook to make the important distinction between explanatory and pragmatic
clinical trials, concepts that would become central to methods of treatment evaluation under the
paradigm of “intention-to-treat” and be further developed and refined over the next forty years at
least. For the second edition and its translation see no. (50) below.

Aims

The Foreword of the book “Statistical Methods for Physicians and Biologists”, written by one of
us, announced the preparation of future volumes for specific fields of application. The current
book is the first of these. The previous book avoided mathematical proofs and derivations and
remained essentially a presentation of techniques that allowed readers to apply statistical methods
in different fields. In short, it provided a toolbox. The current book is very different. The adaptation
of a method to a field of research requires the skill of the researcher, and is more difficult to
formulate. In addition, when this research involves drug treatment in humans, the complexity
increases because of ethical and psychological implications. These difficulties alone are sufficient
to make the writing of a textbook to describe the ideal conduct of a therapeutic trial somewhat
ambitious. Initial attempts have meanwhile led to several books, mainly in English, that have
explained the principles in a simple way. It is in this spirit that we decided five years ago to write
a book for the French-speaking public. But a new difficulty emerged, namely that after some twenty
years of experience, both physicians and statisticians realised there were limitations to their
methods, and that rigorous tests often produced valid, but impractical, conclusions. Some radical
changes have been proposed in which our team has participated, stressing the importance of
formulating the problem initially. But as this work progressed preparation of this book became
more complicated, and slowed. We had a choice between two solutions: either to remove the
methodology and give a new focus, or provide an account of the methodology under development,
when it had been perfected and validated — perhaps in ten years. We have chosen a third way,
namely to present the methodology in its current state of development. It means, of course, that
the work is imperfect, that it feels incomplete and, that it lacks examples. It mixes the classical
methods, known worldwide, with the methods developed by us that would more logically be
presented in a series of original articles than in a textbook, until accepted. (Basically, to help the
reader, we have separated our contribution from the classical by calling the former the “pragmatic
approach”, and the latter “the explanatory approach”). Despite all these inconveniences, our
solution seems the only possible one, but then this book is no longer like the previous one, a
toolbox. It is essentially an instrument for reflection, and also, we hope, a starting-point for
discussion; we want readers to send us their criticisms, these will be added to those that we do not
make ourselves (Foreword, pages 5 and 6, re-translated).
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