
ABSTRACT

Using a case-based approach, this article highlights the ne-
cessity of re-examining the ethics of clinical trial approval in a gene-
targeted era. It centers on the  = 1 Batten disease drug trial, in
which an antisense oligonucleotide drug was introduced as a novel
drug therapy for an individual child with a neurodegenerative ill-
ness, and probes the ethics of equity, safety, clinical utility, and
parental autonomy of the trial as a means to raise more global
questions about the ethical underpinnings of clinical trail approval.
With the promise of the widespread application of personalized
medicine on the horizon, it is imperative that the greater scientific
community think critically about the ethical foundation upon which
drugs make their way to market.
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TABLE 1. Phase I - II - III versus  = 1 trial design

Phase Sample size ( ) Length of phase Purpose of phase

I 20 - 100 Several months Safety (determination of doses tolerated without signficiant side-effects).
II 100 -1,000 Several months to ~ 2 years Efficacy of varying safe dosages.
III 1,000+ 1 to 4 years Safety. Efficacy on a large scale.
I-II-III 1 Several months Safety (determination of dosages tolerated without signficiant side-effects).

Efficacy of varying safe dosages.
















