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Background Results derived by general public tariffs
* Duchenne muscular dystrophy (DMD) Is a rare, Patient characteristics
X-linked, monogenic, neuromuscular disease « Sixty-three individuals with DMD were included; mean (SD) age was 19.8 (6.1) years
characterized by progressive loss of skeletal  Eleven (17.5%) individuals were Iin the early ambulatory health state, 8 (12.7%) were
muscle, pulmonary and cardiac function, with late ambulatory, 21 (33.3%) were early non-ambulatory, and 23 (36.5%) were in the Conclusions
evidence of muscle d?gnage and myopathy late non-ambulatory health state
observable from birth* e
i Ot | EQ-5D utilities and VAS scores « The EQ-5D and VAS are recommended
© Ioisl.e(;‘ Zr\:]vllaulation igiﬁ: Cyhﬁgﬁgggnce  Median (IQR) EQ-5D utility ranged from 0.88 (0.69-0.92) for the early ambulatory to be used together, to gain a
: : ’ (n=11), to 0.26 (0.16-0.31) for the late non-ambulatory (n=23) health state (Figure 1) comprehensive view of a person’s
cardiomyopathy in late adolescence, and L . . o . 13
- o A significant difference in EQ-5D utility was observed by ambulatory status HRQoL and wellbeing
premature mortality .
o | | (p<0.001) and health state (p<0.001) * While the scores on the measures use
© Ihelsﬁ C"ln'cagl effeclz_ts refsll_;lt In substantial  Median VAS scores by health state demonstrated a more restricted range; from 91 different scales, prior research has
heafth-refated quality-ot-iite (HRQoL) (85-96) for the early ambulatory, to 70 (62.3-91.5) for the late ambulatory, health state noted that among samples of the
|mpact_s ’ | o (Figure 1) general public, health state-specific EQ-
o Instudies of HRQoL in DMD, individuals o Median VAS scores did not differ significantly by ambulatory status (p=0.663) or 5D utility values have tended to be
are often .subgrouped according to levels health state (p=0.313) ‘higher’ than VAS scores
of lower (i.e. ‘early’ or ‘late ambulatory o This is also true of those with
phase) and upper limb (i.e. egrl;; or ‘late Figure 1: Median VAS and EQ-5D scores chronic diseasesl4-16
non-ambulatory’ phase) function Measure —— EQ-50 —— EQ-5D VAS » In contrast, in the present study;, for
* Generic measures to document HRQoL impact iIndividuals with DMD EQ-5D utility
Include the EQ-5D which classifies health status ] 0 25 50 75 100 values tended to be ‘lower’ than VAS
using pre-specified dimensions; and the visual 19 ! =————  AMBULATORY scores, with greater differences
analogue scale (VAS) which provides a holistic " ' —— . Falyambulatory . o . observed between the measures in
. 6.7 10 I —_— Preserved upper limb, no daytime ventilation, without symptomatic CM _
assessment Of SEIf'rated health on a g|Ven day : ; : . : ' |_ I\tflildly Lmlpa:ired upper limb, no daytime ventilation, without symptomatic CM non_ambulatory pa“ents
¢ AlthOugh Often reported tOgEther, the EQ'SD 6 : ' Preserved up};;erlimb, no daytime ventilation, without symptomatic CM O The Current StUdy eXtendS on a
survey and VAS instruments focus on different 2 , —— Mildly impaired upper limb, no daytime ventilation, without symptomatic GM previous study reporting that VAS
aspects and provide different types of information 44 L — ———  NON-AMBULATORY scores in DMD were ‘consistently
—_— T Early non-ambulator . , ‘- _
O The relationShip between EQ'5D Ut|l|ty and 221 : — - Priserved uppetrlir}'/nb, no daytime ventilation, without symptomatic CM hl_gher thanEQ_SD Utlllt_y Scores’
patient-reported health on the VAS has not N . T L mpaec upper mD. 1o cavime ventiaton, wihou sympromate BN drivers of this relationship were not
been extensively examined for DMD? 2 - | Laeronambuatory o M SHTPIAMETE extensive investigated?
Obiecti i B I ittt +In the present study, while correlations
JeCtlveS 5 : —_— .- Moderately impaired upperlimb: nighttime and daytime!ventilation, without symptomatic CM between EQ'SD Ut|l|ty and VAS scores
1 I ' ' Loss of upperl?mbfunct?on, nF) da}xtime ventilat.ion,withfaut. symgtomatic CM | were Strong for thOse ambulatory the
. . . 2 B i Loss of upper limb function, nighttime and daytime ventilation, without symptomatic CM 1
° Tolexam(l-jn\e/;\ge relathnShl 0 betwbelen EQ\;i[S) 2 -—:—- _— Loss of uEEerIimbfuncEion, nighgime and da:ﬁime veniilaiion, with sytm[:tofr:atic (t}IVI C()rrelati()n for those in non-ambulatory
utility an scores, and varianllity In 025 000 025 050 075 1.0
score and utility values, in patients with DMD Score (Q1, Q3) states e ml-JCh e et :
’ o This highlights differences in
Black text indicates granular health states defined by levels of upper and lower limb function, need for respiratory support, and cardiomyopathy (CM) perSpeCtives on H RQOL
Methods implications of the non-ambulatory
Data collection | f health state, between members of
- . " * Acorrelation of r=0.37 the general population and
. Individuals with DMD were recruited through Figure 2: Scatterplot of VAS x EQ-5D utility scores was observed dividuals with DMD

D I . . :

arent Project Muscular Dystrophy (PPMD), a io0- between VAS and - These findings also point to the effect of
patient advocacy organization in the United utility scores overall adaptation on subjective scaling: the
States (US) (p=0.003). The differences between EQ-5D and VAS

* Inclusion criteria were 1) age 12_-40 years,; 2) N correlation was r=0.81 scores of non-ambulatory patients
selt-reported confirmed diagnosis of DMD; 3) for ambulatory indicate that patients’ overall HRQoL
iving in the US; and 4) fluent in English and (p<0.001), and r=0.36 may be higher than EQ-5D scores
able to provide informed consent | | for non-ambulatory might suggest

° O 60- —_ : .. : .

Participants completed a _C!lnlgal questionnaire, : (p__o_017), patients . Limitations include that:
d(_ev_eloped based on Esngc_)lolllflcatlons of existing 2 (Figure 2) o Data on clinical status used to
clinical assessments,>?* to document the e 3 assign health states were self-
current extent of DMD symptoms; responses 3 o . * Ranges of utility per reported

i iCi : VAS quartile showed
were used to classify participants: o eqvariabilit o There are many factors that could

o By ambulatory status (as ambulatory or . F'g . y impact health status within a health
nOn-ambU|at0ry) 201 Early non-ambulatory ( Igllilé)er e)xamp|e State that are dlffICUIt tO quantlfy,

1 L ate non-ambulator O ’ . .

o Into one of four high-level health states e dividuals in the Including access to resources,
based on lower limb function (early or late A o e Va0 O O ) . Nomambulatory hest VAS Score family support, features of the built
ambU|atOry), and eXtent O.I: upper Ilmb O_Non-ambulatorycorrela‘uoncoefﬁment(p-value)=0.36 (0.017) uartlle (95 100) enVIFOnment, and personal and
iInvolvement (none to mild [early non- - - - - - - - goul 4 have utilit psychosocial characteristics of
ambulatory]; moderate to severe [late EQ-5D Utility score | h y patients and their family members?’
non-ambu|atory]) Trend lines are provided for pﬁtiel?:‘s itn tambulatory, vs. non-ambulatory, \O/azléeasndeg_woe()en e Continued evaluation to understand

.. : . ealth states i i : : oy -

« Participants also provided details of what dimensions captured within utility
demographics, and completed the EQ-5D five- measures have the most substantive
level (SL) and VAS measures Figure 3: Variability in EQ-5D utility according to VAS score quartile Impacts on overall health, as perceived

Analysis by the VAS, would enhance the

« Demographic and clinical characteristics were * E—— e [ understanding patients’ perspectives on
summarized N how they are affected by DMD.

« EQ-5D attribute scores were transformed using sl = N
US-specific tariffs, which reflect perspectives of — = VAS _ References
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o Pearson’s correlation was used to assess
the relationship between EQ-5D utility and
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