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Publications identified in the PLR,
categorised by utility data collection
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e A pragmatic literature review was performed to identify rare Method of utility data coIIection®
disease utility studies from EU5 countries (France, Germany, . | | |
Italy, Spain, UK) published between 1 January 2014 and Surveye were deﬁned as st.atmg. the use of a survey, onllme method or remote
completion of a questionnaire; vignette studies were defined as mentioning the use
2.6 May 2019. MEDU NE land Embase were Searched or development of vignettes and/or including descriptions of hypothetical patients
simultaneously via the Ovid platform, using rare disease and or case studies. *Multiple methods included the following combinations: an
HRQoL search terms. Abstracts were screened by a single Inclusion interview and a tool development study (n=2); an interventional trial and a registry
reviewer to include English language articles; narrative reviews, (h=97) study (nzl); anllntervent|onal trial, observational study, survey and wgnette study
_ _ (n=1); an interview, SLR and tool development study (n=1); an observational study
case studies and economic m(_)dels were excluded. Included and an economic evaluation (n=1); survey and a vignette study (n=1); a vignette
articles were classified according to study type(s). study and an interview (n=1). PLR: pragmatic literature review; SLR: systematic
EU5: France, Germany, ltaly, Spain, UK; PLR: pragmatic literature review. literature review.

e The NICE website was searched (22 May 2019) to identify all
avallable HST appraisals. Key details, such as study type(s) used
to elicit utility estimates and the utility data used in the economic
model, were extracted from available project documents by one
reviewer and checked by a second reviewer. Further details on survey
and vignette study methodologies, the two most commonly used
methods outside of interventional/observational trials, were extracted Not recommended
for appraisals published in 2017 onwards. The information extracted (draft guidance) Positive

Included critique published as part of the appraisal. (n=1; ID737) (n=2; HST1,
HST10)

HST appraisal recommendations, categorised by utility data collection method (n=16)
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e 97/378 published articles identified through Ovid were included (Qerg?tn;?ﬁgi?; No alternative method (crierg?trgt?izgnie)
(Figure 1), of which 8.2% (8/97) used multiple methods to (n=1; ID80O) used™* (n=3) (n=1; ID927)

collect utility data. 38.1% (37/97) and 15.5% (15/97) collected
utilities using observational and interventional trials, respectively.
Systematic literature reviews (SLRs; 11.3% [11/97]), surveys
(9.3% [9/97]), tool development studies (6.2% [6/97])) and Dot
vignette studies (5.2% [5/97]) were also common (Figure 2). (h=1: HST6)

Utility data in NICE HST appraisals
e The majority of HST appraisals (87.5% [14/16]) included utility

Survey* &
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(n=1) No
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data collected in interventional studies. Of these, 78.6% (11/14) Not

also included alternative methods such as surveys (35.7% [5/14]), recommended | Positive

vignette studies (21.4% [3/141), SLRs (14.3% [2/14]) and/or a (draft guidance) Interventional (n=3; HST2,
(n=1; ID856) trial (n=14) HST3, HST4)

registry study, observational study or interview (7.1% [1/14] each).
The two HSTs that did not collect utility data using an interventional
study both used data from a survey and an SLR (Figure 3).

e Data collected outside of interventional trials were preferentially
chosen to inform the economic model, with only 21.4% (3/14)

using interventional trial-derived utility data (HST1, HST10, Positive

ID927). The challenge of obtaining comprehensive data sets from (n=2; HSTS,

paediatric rare disease patients in the relevant interventional study D94S) S

was typically stated as a main reason for this choice. (n=1; HST5)
Vignette and survey based collection of utility Positive

(n=2; HST/, HST9)

data in NICE HST appraisals

e As shown in Figure 4, there was variation in the extent and nature L . | | | | . e . . . . .
f external involvement in the survevs and vienette studies. NICE Indicates that the utility data collected using this alternative method were used in the economic model. **Indicates that interventional trial-derived utility data were
Or ex _ y g _ : used in the economic model. Surveys were defined as stating the use of a survey, online method or remote completion of a questionnaire; vignette studies were defined as
often raised concerns over the use of survey or vignette-based mentioning the use or development of vignettes. HST: highly specialised technology; ID: in development; SLR: systematic literature review.

data over trial-based data in HST economic models.

n Analysis of survey and vignette methods used in HST appraisals published in 2017 onwards (n=12)
CONCLUSIONS

The variety of utility study types identified in both the
published literature and HST appraisals point towards the
challenges In collecting utility data within clinical trials.

@ 3 HST appraisals included data from _ _ _ _
vignette studies (HST6, HST8, 1D943) * Technical concerns raised during NICE HST appraisals

suggest that best-practice guidance on alternative utility

collection methods, such as vignettes and surveys, may

Improve the robustness of these studies.
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METHODS

Survey respondents included the general
public (ID861, discrete choice experiment all 3 HSTs, and were involved In the
[DCE]), patients (ID/37) and carers development of the vignettes in 2/3

(HST6, ID737, 1DS0O) i i HST appraisals (HST6, HSTS)
- EXTERNAL INVOLVEMENT |

Clinical experts valued the vignettes in e Future research could further evaluate how methodologies

found in the published literature compare to those covered
In HST appraisals, and whether they are subject to the same
limitations that were identified by NICE.

|||‘5 3/3 HST appraisals with vignette data
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