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 One of commonest rare 
diseases

 Severe, progressive, life 
limiting

 High care burden on family

DMD
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Therapies for DMD
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‘An imaginary is a collectively embraced actionable 
future in which technological change will bring about 
certain positive, culturally intelligible results’ (Weiner et 
al 2017)

 Bench to bedside is rarely linear progression 
with reduction in uncertainty

 Translation into clinical care can introduce 
complexity and new uncertainties

 Discrepancy – imagined and actual - disruption

Promissory technologies
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 Multiple problems, increased complexity

 2 (restricted) therapies

 Clinical benefit not proven

Where are we now?

“shifting sands and blind 
alleys that may disorient 
the modern orphan drug 
developer as well as the 
families” (Hoffman & 
McNally 2014)
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 We are talking about genome editing in 
positive tones
 ‘enormous positive potential’

 for DMD, ‘great hope’

 Disadvantages may become advantages

 “I hope you’re right, I really do”

How we talk  about  genome 
edit ing
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 ‘what is dangerous is where there are asymmetries of power, 
information or representation in the public sphere that mean 
that certain visions and values go unappreciated and others 
go unchallenged’ (Nuffield Council on Bioethics 2016)

Promissory technologies

 Better QoL and 
significant increase 
in life expectancy 
for people with 
Duchenne has come 
via improved care
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Press on with caution

 Similar uncertainty/complexity 100,000 
Genomes

 A decent genetic minimum for rare disease

 Aspiration –versus– actuality

 Under-promise, over-deliver



@PAULINEMACCO

PAULINE MCCORMACK
PEALS RESEARCH CENTRE
NEWCASTLE UNIVERSITY

I nte r n at i o n a l  Pe rs p ec t i ves  P P I ,  2 0 1 8


	Gene therapy for Duchenne: the long and winding road��Pauline mccormacK�peals research centre�newcastle university
	DMD
	Therapies for DMD
	Promissory technologies
	Where are we now?
	How we talk about genome editing
	Promissory technologies
	Press on with caution
	@paulinemacco��Pauline mccormacK�peals research centre�newcastle university

