Qualitative research in children and parents of children with achondroplasia to cognitively debrief three patient-reported outcome measures and
confirm the content validity of a clinically assessed measure
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m Achondroplasia (ACH) is the most common form of short-limbed skeletal dysplasia, Demographic and clinical characteristics PedsQL 100
affecting between 1 in 15,000 to 1 in 30,000 live births."? M Eight children/adolescents were interviewed. All were Caucasian, half were female, 100 zz
» ) . ) ) L ) and their mean age was 13 years (Table 1). All had undergone a surgery/procedure 90 <
M Individuals with ACH experience various medical symptoms/complications and impacts for ACH; four had undergone limb-lengthening surgery. 80 ;_ ©
during their lifetime. R0 & 5
W Eighteen parents of children with ACH were interviewed. Most were female, ) i ©
B We conducted combined concept elicitation and cognitive debriefing interviews in Caucasian, married, and had a college degree or higher (Table 2). 8 s 5 .
children with ACH and parents of children with ACH to better understand ACH-related £ w0 20
symptoms/complications and their impacts on health-related quality of life in this . . L € 10
population Table 1. Demographic and clinical characteristics at enroliment: 20 0 )
. Chi|dren/ad0|escents 0 Accil:er:n;l:s;;aor:gehsrase Item is clear Item is relevant Easy to complete Reat;a;lrgs:ilgg\s F:’;?:)t:rri\agl:
Il Here we report the results of the cognitive debriefing portion of the interviews. The aims _ " 0
. b g g P Characteristic Children/adolescents (N=8) Easy to complete Items relevant to Easy to think about Recall period is Formatting is
were to: s (‘y ) people with past month appropriate appropriate
eX, N (7o, ACH
— Map concepts identified in the concept elicitation portion of the interviews to available Female 4 (50) Mapping to questionnaires
patient-reported outcomes measures. Mean age, years (SD) [range] 13.3 (2.0) [11-16] W Results of the mapping exercise indicated that the QoLISSY, PedsQL, and Pain-NRS
o QoLISsY cover most of the important concepts mentioned by parents and children/adolescents in
— Conduct gap analysis to evaluate whether most concepts/symptoms are covered by Rg:j;:sg ;’1) 8(100) 100 the concept elicitation portion of the interviews (Poster #PSAT103).
these measures. Most bid condit % ZZ M Although some items from the WeeFIM were not relevant to individuals with ACH
0OST common comorbid conditions, N (7, : : : . e
=Th Its of th t elicitation intervi ted | ter #PSAT103. k . (e.g., items relating to bladder/bowel management and items assessing mobility in terms
© results o the concept elicitation Interviews are presented in poster Back pain 563 20 of using the toilet and getting in and out of the bathtub), the WeeFIM contains many
Hydrc?cepha'us 4(50) £ 60 important concepts, such as difficulty bathing, dressing, and toileting, not covered in
Oesiity 3(38) g ® other questionnaires. Therefore, it is still recommended as a clinician-reported measure
| Methogss e e - o
Type of surgery, n (%)* & :Z M QoLISSY, PedsQL, Pain-NRS, and WeeFIM can be used with confidence in QED-sponsored
M Participants were identified by patient advocates and patient advocacy groups and were Tonsillectomy/adenoidectomy 4 (50) o studies in ACH. Consideration should be given to using a 7-day recall period for the
screened and consented by Health Outcomes Solutions (HOS). Pressurization equalization tube placement 3 (38) o Pain-NRS, as pain may not be a daily occurrence.
“Most commonly reported. Easy to Items relevant  Easy to think Recall period is  Formatting is Covers concepts ~ Response
M Parents completed a background questionnaire containing demographic and clinical SD = standard deviation. complete topeople  aboutthe past  appropriate  appropriate  importantto  options clear
. with ACH week people with conclusions
questions. ACH
I Combined concept elicitation and cognitive debriefing interviews were conducted by Table 2. Demographic characteristics at enroliment: Parents I This qualitative research with children and adolescents with ACH and parents of
HOS via Zoom using semi-structured interview guides developed specifically for this F———— gglcljd\rlsgevg:ch ACH confirmed the content validity of the PedsQL, QoLISSY, Pain-NRS,
study (one for children, one for adolescents, and one for parents), with feedback from - : '
advoyo;c rouos and kev opinion leaders P ) Sex, n (%) F'gure 2. Comparlson of PedsQL and QoLISSY — Based on the mapping exercise, the clinician-completed WeeFIM covers many issues
Yy group Y op ' Female 16 (89) that are important to children and adolescents with ACH and their parents.
M In the concept elicitation portion of the interview: Mean age, years (SD) [range] 42.2 (6.4) [33-58] 100 M In general, all three patient-reported measures were found to be content valid, clear,
) ) o ) Race, n (% a0 comprehensive, and relevant for use in studies with children with ACH. The WeeFIM
— Parents were asked what medical/physical challenges their child experienced as a gce n ( 6) . . covers important functional concepts not covered by other patient-reported outcome
result of having ACH and how their child’s life was impacted by having ACH; aucasian 5(02) measures
’ Asian 1.5(8) 70 ’ ] ] ] ]
— Children/adolescents with ACH were asked about the medical challenges they faced Work status, n (%) ; 60 = -\E/Tti pASé/ahometrlo properties of these measures should be evaluated in a population
and how their life was impacted as a result of having ACH. Work full time/part time 6 (33)/3 (17) - e ) .
Not working for pay/other 9.(50) g W Potential limitations of this research are that only one population subgroup (mostly
W Data from the interviews were used to map the concepts of importance to the content py £ child s 07 615 & Caucasian) is represented, and interviews were conducted in the US only.
. . . — 30
of the Pediatric Quality of Life Inventory™ (PedsQL),’ the Quality of Life of Short Stature ean no. of children (SD) frange] 6408
. o . . . . Mean no. of children with ACH (SD) 10 2
Youth (QoLISSY) questionnaire,* a pain numeric rating scale (Pain-NRS), and the e — " Acknowledgements
Functional Independence Measure for Children (WeeFIM).5 = standard deviation.
= Participants completed and provided feedback on the PedsQL, QoLISSY, and Pain-NRS. PessaL ousierto sugserstand OcLISS:drann:[e ;\ixgntman Woulu:;:rgmgds PedsOL Woud rﬂ:sz:nprr:dr;% QaUISSY  nclude bu(h PedsOL and : -|E—2i :r:Jatlh;)r:Z \IA;}O/ZLdt ||Sl;ep :)C; ;h?;kt :I! Z:g;iuz{;dp{:;’z:z Loyr &j:::;azg?fall%Tr:in:isnel?;izn L
[ : . . . - PedsQL and QoLISSY :
This did not include the clinician-administered WeeFIM; however, concepts mentioned ; -
! ! This work was funded by QED Therapeutics Inc.
by participants were mapped to content of the WeeFIM. M In general, participants found the PedsQL and QoLISSY to be easy to complete, to contain Y P
relevant items, and to be formatted appropriately (Figure 1). .
M All interviews were recorded and transcribed for analysis purposes. Data from all . ., ) . i Pain-NRS References
interviews were coded using MAXQDA, a qualitative data analysis software. Coding = apasrgmr;:;hfo‘r'”gz EPSZCYCZT::LQ Legi:' Téfﬁéﬂﬁg‘fﬁ Tgihiﬁiibﬁiﬁh:a:st ek ™Onascale ranging from 0 10 10, where O represents no pain and 10 represents the
dictionaries were developed (based on the age of the child) and used in the analysis fpr ’:I)_ISSY ' gh only 4o Y P worst pain possible, the mean score was 1.6 (SD 1.9) for past 24 hours as reported 1. Horton WA, et al. Lancet 2007;370:162-72.
of the transcripts or Qo : by both parents and children/adolescents. Pain was reported as ever having been 2. Waller DK, et al. Am J Med Genet A 2008;146A:2385-9.
' M Participants found the PedsQL easier to understand than the QoLISSY (Figure 2); experienced by 83% of parents and 88% of children/adolescents. 3. Vamni JW, et al. Medical Care 1999;37:126-39.
I The study was approved by a central institutional review board, the WCG IRB, and however, 61% found the content of QoLISSY to be more relevant to individuals with M Participants found the Pain-NRS to be clear, relevant, and easy to complete, with an 4. Bullinger M, et al. Health Qual Life Outcomes 2013;11:76.
conducted in the USA. ACH. Overall, 79% would recommend including both questionnaires in future studies. appropriate recall period (past 24 hours) and formatting (Figure 3). 5. Msall ME, et al. Clin Pediatr (Phila) 1994;33:421-30.
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