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In recent years, several new treatments have been devel-
oped, or are currently tested in trials, for Duchenne muscu-
lar dystrophy (DMD), a rare, X-linked recessive, severely 
debilitating, and ultimately fatal neuromuscular disorder 
characterized by progressive muscle wasting, multi-system 
complications, and a mean life expectancy of about 25 years 
[1, 2]. Although involving different therapeutic mechanisms, 
these interventions generally aim to reduce, halt, or reverse 
the rate of muscle degeneration, thereby delaying time to key 
disease milestones, including loss of independent ambula-
tion and the need of ventilation support for survival [2]. As 
a consequence, there is reason to believe that these drugs for 
DMD may also have a non-trivial impact on life expectancy 
through, for example, further stabilized cardiac and respira-
tory functioning.

However, despite being of obvious benefit and value to 
affected patients, including efficacy data on mortality in 
economic evaluations of drugs for DMD may prove chal-
lenging. The reason is two-fold. First, DMD is associated 
with chronic care needs and is thus a very costly disease 
to society. This is particularly true for advanced stages of 
DMD, where patients start to experience more pronounced 
impairment of their upper extremities and eventually need 
assistance with all basic and instrumental activities of daily 
living [3]. Second, due to the multi-dimensional impact of 
the disease on patients’ health, quality of life in DMD is 
typically found to be relatively poor as quantified in terms 
of utilities representing general population preferences for 
health states. For example, the mean annual direct cost of ill-
ness and patient utility in non-ambulatory adults with DMD 
in the US have been estimated at about $54,000 and 0.18, 
respectively [3].

In cost-utility analysis, where the incremental cost of an 
intervention is related to the incremental gains in terms of 
quality-adjusted life-years (QALYs), these two aspects mean 
that treatments that prolong survival in DMD will be associ-
ated with only a modest benefit (i.e. a low QALY gain), but 
at the same time a substantial cost. Indeed, continuing the 
example above for the US, extending life for a patient with 
DMD by 1 year would be associated with a QALY gain of 
0.18 at a cost of $54,000 (not accounting for the cost of the 
evaluated intervention), resulting in an incremental cost-
effectiveness ratio of $300,000, well above both conven-
tional and heavily extended cost per QALY willingness-to-
pay thresholds in most jurisdictions. Put differently, although 
of obvious humanistic and clinical value, improving progno-
sis for survival in DMD is not expected to be cost-effective.

While ethical and health economic aspects of this phe-
nomenon have been discussed in the literature, the focus has 
been on end-of-life treatments indicated for patients with a 
short life expectancy, for example end-stage cancer drugs 
[4]. However, as illustrated above, challenges of including 
efficacy on mortality in cost-utility analyses are certainly 
also relevant to treatments targeting chronic diseases asso-
ciated with extensive care needs and poor quality of life, 
such as DMD. This information should be helpful to inform 
the interpretation and contextualization of outcomes from 
economic evaluations in this indication. Furthermore, the 
examples provided imply that adjusted criteria, comparable 
to those implemented by the National Institute for Health 
and Care Excellence (NICE) in the UK for evaluations of 
end-of-life treatments indicated for patients with a short life 
expectancy [5], may be appropriate also when testing the 
cost-effectiveness of drugs extending life in DMD. Yet, addi-
tional research is also needed to further examine the public’s 
views on the relative value of life-extending treatments, as 
well as therapies targeting rare as opposed to common ill-
nesses, to help align health policy with the preferences of 
the general population.
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