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For the FDA Summary Review 
see http://www.accessdata.fda.

gov/drugsatfda_docs/
nda/2016/206488_summary%20

review_Redacted.pdf

For the Lancet Neurology 
Policy View see Lancet Neurol 

2016; 15: 882–90 

Many young people charged with criminal off ences 
relating to sexual behaviour in the UK have previously 
been referred to children’s services, but those entering 
the criminal justice system are only a small fraction 
aff ected. Using the NSPCC defi nition of “children 
engaging in sexual discussions or acts that are 
inappropriate for their age or stage of development” 
the UK National Institute for Health and Care Excellence 
(NICE), published their fi rst guidelines on harmful sexual 
behaviour among children and young people last week.

The guidelines raise many more questions than they 
answer. They question the basics—the interventions 
available, and the assessment frameworks used—which 
might not be generalisable to children of diff erent ages, 
backgrounds, or neurodevelopmental stages, or girls. 
This matters because young people who do not access 
the right care continue to pose a risk to themselves and 
to others, and those wrongly assessed might have their 
futures indelibly marked.

The guidelines call for a multi-agency approach, 
acknowledging that ineff ective interagency working 
is often key in serious case reviews. Harmful sexual 
behaviour can be an expression of underlying 
vulnerabilities, and there is a grave lack of understanding 
of where these children fi t into the social care system.

While safeguarding and supporting these children, 
what is really needed now is a reframing of the 
discussion around sex and sexual behaviour. Children 
are exposed to sexual images at a far younger age, 
and in many more places, than ever before—not just 
in online pornography, but throughout social media. 
Sexualised imagery can aff ect everyone’s attitudes, 
beliefs, values, and behaviour. The discussion of harmful 
sexual behaviour is linguistically and culturally nuanced 
(behaviour is deemed “inappropriate” or “unexpected”; 
many treatment opportunities lie in “socialising” and 
“normalising” behaviour), which raises the biggest 
question of all. What is normal?  The Lancet

Sexual behaviour in young people: healthy or harmful?

On Sept 19, the US Food and Drug Administration (FDA) 
granted accelerated approval for eteplirsen, a new drug 
for the treatment of Duchenne muscular dystrophy. 
The decision goes against the recommendation of the 
FDA’s advisory committee—which earlier voted not to 
approve the drug, citing concerns about the quality of 
the evidence—and follows months of internal wrangling 
among FDA offi  cials. The approval was applauded by 
parents and advocacy groups, who had been vigorously 
lobbying the FDA, but led to accusations from drug 
policy experts that the agency was setting a dangerous 
precedent by approving a drug on such limited evidence 
and ignoring the advice of its expert panel. 

Eteplirsen restores the readability of a damaged part 
of the gene encoding dystrophin—absence of which 
causes muscular dystrophy—resulting in formation 
of a truncated but functional form of dystrophin. 
Approval was largely based on the surrogate endpoint of 
increased dystrophin expression in muscle biopsies from 
just 12 boys after 48 weeks of etep lirsen treatment. 
However, increases in dystrophin were modest and 
whether such gains are suffi  cient to slow functional 

decline remains to be seen. Sarepta Therapeutics, the 
drug’s manufacturer, must now undertake a 2-year 
randomised controlled trial to assess the clinical benefi t 
of eteplirsen. If effi  cacy is not confi rmed, the FDA could 
withdraw approval. 

With few treatment options available for muscular 
dystrophy, parents are understandably desperate. 
The FDA clearly states that the functional eff ects of 
eteplirsen are not proven. Balancing patients’ needs 
and expectations against the weak evidence base is a 
diffi  cult task. But raising hope, perhaps unrealistically, 
by approving drugs on such uncertain evidence is not 
the answer, and could even be counterproductive by 
jeopardising the ability to undertake placebo-controlled 
trials. Well designed and funded studies of the functional 
effi  cacy and safety of eteplirsen should be the way 
forward, and a recent Policy View highlighted the power 
of a collaborative eff ort between patients, scientists, 
and regulators to help develop drugs for muscular 
dystrophy. Patients with muscular dystrophy deserve 
an eff ective treatment—only time will tell whether the 
FDA’s decision was the correct one.  The Lancet

Patient need versus evidence: a balancing act

For the NSPCC guidelines see 
https://www.nspcc.org.uk/

preventing-abuse/child-abuse-
and-neglect/harmful-sexual-

behaviour/what-is/ 

For the NICE guidelines see 
https://www.nice.org.uk/news/

article/nice-issues-first-of-its-
kind-guidance-on-harmful-

sexual-behaviour
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