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Introduction:

Emicizumab (Hemlibra®) prophylaxis has been demonstrated to be more effective at decreasing bleeding episodes than the
factor VIII infusions that had previously been used as bleeding prophylaxis. Emicizumab has been available in Canada for
persons with hemophilia A with baseline FVIII <1% without inhibitors as a form of prophylaxis since October 2021. Previous
work by our team used the Patient-Reported Outcomes, Burdens and Experiences (PROBE) survey to assess outcomes fol-
lowing the initiation of Emicizumab in our local population, which demonstrated a positive overall trend in composite scores
generated by the survey following treatment initiation. The PROBE instrument includes the EQ5D5L instrument as a generic
quality of life assessment, which consists of 5 dimensions.

Aims:

The explicit aim of this study was to assess changes in EuroQuol-5D-5L (EQ5D5L) index utility scores and dimensions as well
as Visual Analog Scores (VAS) scores at 3 and 6 months following Emicizumab introduction to gain insight into the clinical
impact beyond bleeding rates.

Methods:

In partnership with the PROBE Investigators, individualized non-identifying survey links were generated by the clinic and
provided to all transitioning patients who then consented within the PROBE link to complete the survey. Responses were
shared with the clinic and decoded to allow identification. Previously, composite scores for the relevant patients were identified
at 0, 3 and 6 months to assess the patient-reported clinical trajectory following Emicizumab introduction. Here, the EQ5D5L
scores were analyzed using descriptive statistics and the minimal clinically important difference (MCID) was calculated for
each EQ5D5L dimensions (MCID is a change between 2-4) and the VAS (MCID is a change of 10).

Results:

65/85 (76%) of eligible patients > 18 years of age in British Columbia transitioned as of June 1, 2023. 54 patients (mean age
39.3, median 36 with a total age range of 19-59) completed a baseline PROBE survey as part of usual clinical care prior to the
Emicizumab transition. 26 patients completed PROBE surveys at 0 and 3 months and 11 patients completed PROBE surveys
at 0-, 3- and 6-month intervals. Mean baseline PROBE (/1), EQ5D5L (/1) and VAS (/100) scores were 0.779 (SD 0.15), 0.789 (SD
0.15) and 72.01 (SD 18.65), respectively.

EQ5D5L domains are each scored /5 where higher numbers corresponded to worse outcomes; the 5 domains include mobility,
self-care, usual activities, pain/discomfort, and anxiety/depression. At 3 months, the MCID for EQ5D5L domains was met by 1
person in both usual activities and anxiety/depression. At 6 months, the MCID was met by 1 person in each of the subsections
of the EQ5D5L and by 2 individuals in the usual activities dimension.

Higher VAS scores correspond to better health. At 3 months, the MCID for VAS was met by 42% (11/26) with the majority
(7/11) observed to have a higher VAS score than at baseline. At 6 months, the MCID was met by 45% (5/11) with the majority
(4/5) having a higher VAS score than at baseline.

Conclusion:

Within our small cohort, EQ5D5L index utility scores consistently improved at 3 and 6 months from the time of Emicizumab
initiation. Of the EQ5D5L domains, the MCID was met at 3 months in both usual activities and anxiety/depression by 1 person
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andin all parameters at 6 months by at least 1 person. Analysis of the VAS scores indicated a consistent perceived improvement
by 42% at 3 months and in the majority participants at 6 months. Using the EQ5D5L was feasible to better understand the
patient experience for those with Hemophilia A without inhibitors following Emicizumab introduction and provides insight
into the specific patient-reported outcomes that are impacted by this treatment transition.
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