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@ DISCUSSION

* Assessing consistency in responses item by item for both PROMIS Mobility and UE indicate that most items have substantial to perfect consistency in
responses between the caregiver and child

* The items that exhibited largest discrepancy in agreement between caregiver and child (eg, “physically able to do activities they enjoy” or “open
rings in school binders”) may have less face validity with respect to measuring mobility and UE function (observing enjoyment is abstract; caregiver
does not see what the child does at school)

* Items such as opening rings in school binders, tying shoelaces, and dialing a phone appear to be out of date or not applicable to children with DMD

* Consistent with the literature, patient—proxy agreement is generally best for concrete or observable items (eg, walking across room) than less
observable ones (eg, being physically able to do activities they enjoy); caregiver-reported function tends to be lower than self-reported function*

* The poor-to-moderate ICC observed for the UE overall score is likely impacted by discrepant scoring between the PP and pediatric questionnaire
versions; this issue does not apply to PROMIS Mobility assessments

* Strengths of the study include use of Gwet AC1 coefficient with linear weighting and a relatively healthy sample of dyads for rare diseases like DMD

* Moreover, both PROMIS PP Mobility and UE are being refined through Rasch analysis for further relevance in this patient population

Objective

To evaluate the appropriateness
of using caregivers of patients with
Duchenne muscular dystrophy (DMD) as
proxies for Patient-Reported Outcomes
Measurement Information System (PROMIS)
guestionnaires

Key Findings
Caregivers can be considered suitable
proxies for children when rating

PROMIS Mobility and PROMIS
Upper Extremity function

Q BACKGROUND B) RESULTS

°* The PROMIS scales are generic patient-reported outcomes that quantify
the impact of disease on physical, social, or cognitive function!-?

Data for simultaneous PROMIS

o Mobility assessments were
PROMIS Mobility in DMD available on 41 dyads

Analysis of differences between caregiver and child assessment

Shades of red indicate the caregiver rated the child lower and shades of green indicate the caregiver rated the child higher than the child rated

himself. The large gray area indicates agreement between the 2 groups ® Chlld ren Wlth DMD were 7—17 yea IS
| | old with a mean age of 11.5 years
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raw scores was assessed using intraclass correlation coefficient (ICC)

derived in a one-way random effects model (Scale: to 0.50 = poor; 0.50—

0.75 = moderate; 0.75-0.90 = good; 0.90-1.0 = excellent agreement)

— Note: a bias is introduced in the ICC analysis on PROMIS UE by the
different scoring systems applied to caregiver and children
guestionnaires (raw scores range from 0—-106 and 0-116 for caregiver
and child, respectively); this result is therefore indicative only

Degree of Consistency Between Caregiver and Child for PROMIS Mobility and UE Items Using Gwet AC1
PROMIS Mobility PROMIS UE

Inter-rater reliability with linear weighting Inter-rater reliability with linear weighting

Level of consistency n (%) n (%)

Poor consistency = =

* Inter-rater reliability analysis between caregiver’s and child’s responses Slight consistency 3 (13%) _
item by item on both questionnaires was assessed using the Gwet AC1
coefficient to quantify the overall degree of consistency between
caregiver and child (Scale: <0.0 = poor; 0.0-0.2 = slight; Moderate consistency 8 (35%) 7 (24%)
0.2-0.4 = fair; 0.4-0.6 = moderate; 0.6—0.8 = substantial;

Fair consistency 2 (9%) 5(17%)

0.8-1.0 = almost perfect consistency) Substantial consistency 6 (26%) 8 (28%)
— The linear weighting system was used in the calculations to account for Almost perfect consistency 4 (17%) 9 (31%)
the distance between ratings, defined as the number of levels
separating the two assessments, therefore penalizing minor * Caregiver and child ratings for PROMIS Mobility demonstrated * For PROMIS UE, 17/29 items (59%) demonstrated
disagreements less than large ones substantial to almost perfect consistency for 10/23 (43%) and substantial to almost perfect consistency and 7/29 (24%)
* All analyses were implemented in Stata version 14.2 moderate consistency for 8/23 (35%) Mobility items demonstrated moderate consistency
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