WORK IN
PROGRESS

Richard Shrubb reportson
the development of drugs that
could treat fragile X syndrome _

A group of drugs in the early
srages of development could
Bedp some poople with fragile X
amdrome.

e drugs have passed the
Brsr hurdle in the approval
srocess and will now b resoed
& panents.

Fragile X synulrome isa
penetic abnormality on
the X chromaosome
rhar causes learning
diszhilincs and, 1n
a third of peaple
affected, aufstc
spectrum disorders,

Fragile X inhibats the
producton in the brain
of protein FMRF, which 15
sesponsible for keeping kevels of
orher synupic prooeing in check.

loo much of sume proteins For poople
smpairs brain development. with fragile X,
Fesearch has shown thar Lunpidir the prablem is not that coo lixtle
blocking the production of sitruation uf informmation is leing processed
Pl e i

glutamate, using drugs suchas by the brain, but too much.

mGloRS antagunists, can help

e

Avcoeding rothe Fragile X

A rrutarive m
counterbalancs the effects of o st o s Research Foundation in the
reduced FMEP levels, Keeping chrimm e United States, there is oo much
procein levels incheck may e of a certain kind of learning’-
prevent damage and reverss J:-r-.::':-':-_c Ry reducing that excess learning,

researchers hope this doug wall
help patients to mnderstsmd rhe
wiorld hemer

Ml Sumrmers, senior lecturer
in the health and social care
schiel at the Universicy of the
West of England, Bristol, 15
cautious. " We need to be realistic
abouz the likelbood of success
of any drug aempong tocontrol
orteeat the many conditions
associated with fragile X, he
says. ‘However, these drugs may
b useful when used with other

sympooms such as leaming,
problems, anxiety and autistic
behaviours thar are found in
people wirh the syndrome.

bl
Meww drugs are being developed for people with

fragile X gmdmme, a condition that causes
learming disabiilics and autism spectrum disorders.
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therapentc and social
approaches that strive 1o
support and enhance the
social valoe of individuals
with learning disabilities.”
Luca Santarelli, head of
early development for central
neTvous system drogs at the
pharmaceutical company Roche,
savs: We have complered safery
and tolerabilioy testing vm
mGluRS antagomists, and anc
recruiting for phase IT ieials nowe”
Phaze 1T of awial assesses
hoyw well the drug works in
a group of volunreers and
patients, while phase | safety
ASRCSIMEnts Conrinmc.
Tf » drug fails in development,
it usnally occurs during phase 1
trials because it docs not work
as planned or has 1oxic cffects.
Phasc Il is the large-scale,
final seage. This looks arche
drug's efficacy, although serions
side effemcrs may be identified.
Phase 1 tnals may involve up
e 1,000 padients, but phase 1L
recruirs 24 tirmes thar number,
The drug, which could
beemcfit people with anxiety or
other mental health problems,
has a long way to goeven if it
survives phase 11, It may win
2 licenoe for wse in the UK,
hurt the Mational Instituze for
Health and Clinical Excellence
may oot find ir suicable tor
general use i the NHS.
3¢ Santarell & realisoc abouwt
the timescale: “The business plan
s fora 2017 release” NS
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