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Introduction & Background Anxiety Item Bank Results

- FDA Patient-Focused Drug Development (PFDD) guidance’ * For anxiety, the ObsRO SF retained 3 items
discourages proxy reporting in favor of observer reporting. Proxy ltems ObsRO Items . None were likely subject to 37 party information

. ' : 2 P My child felt like something awful might happen My child woke up at night scared My child froze because he/she was so scared « 2 of these asked for attribution of indicators to internal states
An established theoretical approach? to pediatric outcomes My child seemed scared o fearful T it St oo oo 3OS 028 DEC8

y g y PP g : ” : u
defines measures as: My child seemed nervous - Of excluded items, 2 were coded “ambiguous”, and 19 were
_ : My child seemed fearful or worried when out in public coded as “proxy”.
* Observational Measures = assess an observable sign My child seemed worried g i . A
. . _ _ . ’ . Attributions Required _ o _ _
symptom, behavior, or verbalization without requiring m gﬂ::g jveair?::nfa”;eworried ¢ bedfime My child woke up at night scared » For physical activity, the ObsRO SF retained 7 items
mterpretatlon or inference My Cmg seemeg ;eagu: or Worr?eg a’; (rilaycare, school, or other familiar settings My child froze because he/she was so scared y, - All 7 were likely subject to 3rd party information
. — JRE : y child seemed fearful or worried at home _ _ _ o _
!3 roxy Measures _aSkS_ for the reporter’s interpretation or My child worried when he/she went to bed at night | | | o 2 items asked for attribution of indicators to internal states
inference of the child’s internal state(s) My child was worried he/she might die iy child talked aboutsomething really badinappening : “ : .
My child was afraid of going to school « Of excluded items, 1 was coded “ambiguous”, and 2 were
* Our experience applying PFDD guidance indicates that other My child worried about what could happen to him/her coded as “proxy”.
: P My child felt nervous . _ _ _
types of items could be problematic: My child felt scared Ambiguous Items . Evaluation of the SFs against PFDD guidance suggested
- Items that ask the reporter to make an attribution of an e risk of insufficient conceptual coverage and error variance
indicator to an internal state My child worried when hefshe was away from home m o gstssiggfegsgzﬁ'yeegg” separating from me or other parent in a familiar setting related to increased focus on strictly measuring observable
- ltems that might be answered using information not twas hard formy child fo reiax indicators.
directly observed by the reporter (subject to 3 party g N
information) - N NS 3rd lPSrtyhlnformeZ.Lll]fely . * In both item banks, some items identified as Proxy items did
Attributions Required Y SHEC WES HEoNS o WM SEPArating from me or oMet not name observable indicators but may be answered based

- ' _ ' Mv chil fraid of qoing to school parent in a familiar setting _ _ ity _ _
gsgteenr; I(nglg%ﬂhiﬁsglﬁg?nmbeasnIliﬂsegl?gvrvegregﬁelgi?nrgr]n c?algtrc])m Ve es e eTanne o eehee - g on verbalizations or observable indicators — confirmation
short-forms (SFS) . 3" .Party Informer Likely . . My child got scared really easy with StUdy pOpU'HtIOﬂS would be reqUIred

My child seemed fearful or worried at daycare, school, or other familiar settings
My child worried when he/she was away from home 1
\§ J C :
. . O CIUS1OI1S
Objective GapAssessment
Gap Assessment
o ers o e Proxy Items with Potential to be ObsRO Items Rationale o ' ' ' '
- Evaluate the feasibility building custom SFs that could . ot somren e be oaten PFDD fit-for-purpose criteria: EéCQOt?arg’:izcaaflK’zRe(c?rgﬁggllea{ Vercgsali:?\ I?c;(r))l%irlzipnortgllgg may not
quallfy as observer reported outcomes (ObS ROS) per FDA 1137 Elnllel ok et (LIl CEEY by observable signs SF captures all important aspects P PP 9 .
: : : : - « 3 ObsRO items unlikely to capture all important aspects of anxiety o I I I
PFDD QUIdance' My child felt fike something awful might happen] « 2 of the 3 ObsRO items require caregivers to make an attribution of an indicator to an internal state Many |ter_ns Include a_mblgu_ous Ianguage or Ianguage that
My child worried when he/she went to bed at night. Children may be capable of verbalizing could be interpreted in multiple ways
My child was worried he/she might die these sentiments Score accurately reflects patient health experiences D {/ _ t it | stat _
- 3 items unlikely to provide an accurate score that reflects patient health experiences ™ arent/caregivers may report on an internal state using
MethOdS My child was fearful or worried at bedtime Mitigation: Ambiguous or Proxy items included in a SF may capture additional aspects, but additional evidence observed Slg ns and indicators
. My child seemed scared or fearful generation (cognitive debrief) in the population of interest would be needed to confirm/reject the items as
- PRON”S Parent P_roxy and Early Chl|dh00d Parent Report My child seemed nervous appropriate for us in an ObsRO o Furthermore, proxy- and observer repOrting_type items
item banks for anxiety and physical activity were evaluated My child seemed fearful or worried when out in publi “Seemed language may indicate to contribute different potential sources of error variance (e.g.
ith 24 d 1 O ] it ti | 3 Y i make judgements based on observed Psychometrics: : : : : : ,
Wi an unique iems, respeclively-. My child seemed worried indicators or verbalizations 3 items likely to be insufficient to capture variation and heterogeneity of anxiety attribution of indicators versus restricted ConCeptuaI
o : : t ” My child seemed tense Mitigation: Balance need for ObsRO items with need for broader conceptual coverage. Examination of error coverage).
TWO Independent raters COded items as Observable - - variance for Proxy items may inform appropriate use. g )
(assessing observable signs/indicators) or “proxy’ My onld seemed Tearfl or woried &7 home
(assessing internal states). : : * Balancing the sources of measurement error for each study
. N . PhySICal Function Item Bank and its population is required to build fit-for-purpose

y S(:OdebO_?r‘]( revll’?(l)n _actjded tartf_\bIQUOUS to accommodate instrumentation that captures meaningful information reliably.
Iems with muiltpie Interpretations.

Proxy ltems ObsRO Items

* |tems were also reviewed to assess if they were likely to be
SU bJeCt to 3rd party |nf0rmat|0n and if they asked for How many days did your child exercise or play so hard that his/her muscles burned?
attribution Of indicators to interna| states. How many days did your child exercise or play so hard that he/she felt tired? How many days d?d your ch!ld exercise so much th.at he/she breathed hard? Abbreviations

How many days did your child play sports for 10 minutes or more? _

e Reconciliation resulted in creation of custom SFs from CH)(r)]V;r:SaSgl ijlaail,sr\:\(l)a\i gﬁ;};gg::s :gti[:/felyvs\/igsall/)gﬁfi\é?lsgat he/she sweated? PFDD = Patlen.t-Focused Drug Development |
“observable” items, which were evaluated against PFDD g Attributions Requlred A How many days did your child exercise really hard for 10 minutes or more? gR?N”S = Patient-Reported Outcomes Measurement Information
gwdance. How many days did your child exercise or play so hard that he/she felt tired? R MIENE] CELE was your Ch“d SEEElY a_ctive o VW GRIMNES O elE ySIems

How many days did your child run for 10 minutes or more] ObsRO = Observer-Reported Outcomes
_ Comwok o
Codebook All ltems
\_ J
ObsRO ltem An indicator (observable sign or behavior) is mentioned in the item / Attributions Reduired \ References
stem. Ambiguous Items | | | 9 1. US FDA PFDD Guidance. https://www.fda.gov/drugs/development-
p— e conceptcou et 2 an e o an ol o ey oy o g e st e eated vt approval-process drugs/ida-patient-focused-drug-developmen
mbiguous Item e concept could be interpreted as an indicator or an internal state. _ | | : : eariac. f o~y At NAIRAL :

— _ . . How many days did your child exercise or play so hard that his/her body got tired? How many days was your child so physically active that he/she sweated? guidancesseries enh.an(:\'mg |rTcorporat|on PRSI SRR g

Proxy Item No indicators are mentioned in the item stem. 3rd Party Inf el 2. Matza LS, et al. Pediatric Patient-Reported Outcome Instruments for

ra Farty Informer Likely Research to Support Medical Product Labeling: Report of the ISPOR
The item stem would likely require a third-party informer (e.g., teacher, 4 ) All ltems - :
3" Party Informer Likely | other caregiver) or be subject to information obtained from third-party Attributions Required & 3rd Party Informer Likely \ / i?(gecsageor‘(]j’[SR-?aSSef Ir:C:r(_I‘,Dera\c;Rcl;_eUSEfIO[\z IEIhEe A'?\_-SI-SHG,IS 68 {28?;;{6(?]hllir769n and
informers How many days did your child exercise or play so hard that his/her body got tired? . _
- ’ 3 PROMIS. hitps:Hwww.healthmeasures.netindex-php
Attribution Required The item stem explicitly asks the caregiver to attribute an indicator to an General:
internal state. Proxy ltems with Potential to be ObsRO ltems Rationale No ObsRO items remain if items likely to be informed by 3™ parties are removed
How many days did your child exercise or play so hard that his/her body got tired? Children may
How many days did your child exercise or play so hard that his/her muscles burned? be caqu_le of Mitigatioq: Additiqnal evidence geperation (cpgnitive debrief) in the po.pulation of interest would be needed to
verbalizing confirm/reject the items as appropriate for us in an ObsRO and to obtain regulatory body approval to use any
these SF generated.

How many days did your child exercise or play so hard that he/she felt tired? _
sentiments
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