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Background

Table 1. Cohort characteristics in comparison with CDC Community Counts
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= - - ® People with mild or moderate hemophilia A (HA) account for 40-52% of all people with HA (PwHA) but are under-represented in scientific research.’2 ; . pe8L (o) 0e23 G2 )0) neisss (60
Severity of hemophilia,* n (%)
ar aC e r I Z I n g I ® To address this gap, we utilized a novel, patient-centric approach developed by PicnicHealth to create a longitudinal healthcare database from people with Moderate 39 (37.5) 39 (48) 0 (0) 1825 (37.2) 1797 (41) 28 (5.4)
mild or moderate HA in the United States (US). Mild 65 (62.5) 42 (52) 23 (100) 3080 (62.8) 2586 (59) 494 (94.6)
* This study integrates data collected during routine clinical care from various providers and sites along with patient-reported outcomes (PROs) on an online Age group (at enroliment), n (%)
record management platform to provide an in-depth characterization of patients’ disease journey. <2 years 0(0) 0(0) 0(0) 220 (4.5) 209 (4.8) 11(2.1)
2-10 years 10 (9.6) 7 (8.6) 3 (13.0) 1045 (21.3) 971 (22.2) 74 (14.2)
11-19 years 11 (10.6) 10 (12.3) 1 (4.3) 1109 (22.6) 1002 (22.9) 107 (20.5)
g = . 20—44 years 60 (57.7) 46 (56.8) 14 (60.9) 1425 (29.1) 1227 (28.0) 198 (37.9)
H m h I I I A P I n Methods 45-64 years 19 (18.3) 14 (17.3) 5 (21.7) 784 (16.0) 682 (15.6) 102 (19.5)
65+ years 4 (3.8) 4 (4.9) 0 (0) 322 (6.6) 292 (6.7) 30 (5.8)
® PicnicHealth HA study recruitment commenced in June 2020 following ethics approval. Consented eligible PwHA had a documented HA diagnosis. (n=55) (n=48) (n=7)
. ® Severity status was confirmed based on physician-reported severity in provider notes or reported baseline factor (F)VIII level (>5-40% mild, 1-5% Medianiage atfirsthemopniliadiagnosisKiQR), years 3 (0-13) 2 (0-9) 12 (5-29) N/A N/A N/A
I n t h e R e aI WO r I d . A moderate); the lowest FVIII value was used if notes and baseline levels were inconclusive. Ethnicity, n (%)
. ¢ Data elements from structured text (e.g. medication lists), as well as disease-specific elements from narrative text, were captured from patients' electronic :'Stp:r"c’ LétmLO/?’ O/r SpagSh ‘?“3'” . . 92 (2237)1 72 (2'1611 zi (2'17; 3993732(1891'03 3854430(1890'2 49302(1872'262
: : health records and linked to self-reported data (Figure 1). PROs, including bleeds, treatment, physical and social activity, and pain, were collected biweekly = 0 'ojpan'c’ alinora, or spanish origin, or unkhown (93.1) (91.4) (91.3) (81.0) (80.8) (82.8)
via online questionnaire for a subset of PWHA. 26, 1 ()
— _ o _ o _ o _ More than one race or unknown 38 (36.5) 31 (38.3) 7 (30.4) 252 (5.1) 220 (5.0) 32 (6.1)
® Quality control was assessed via inter-abstractor agreement on outputs with physician review. Descriptive analyses were performed to summarize cohort White 61 (58.7) 46 (56.8) 15 (65.2) 4017 (81.9) 3595 (82.0) 422 (80.8)
characteristics and demonstrate the breadth and completeness of the data. Black or African American 4 (3.8) 3(3.7) 1(4.3) 449 (9.2) 407 (9.3) 42 (8.1)
® Cohort characteristics were compared with data on people with mild or moderate HA from the Centers for Disease Control and Prevention (CDC) Other races 1(1.0) 1(1.2) 0 (0.0) 187 (3.8) 161 (3.7) 26 (5.0)
A r O aC h Community Counts,® a public health monitoring program for people with bleeding disorders. BMI status (age >19 years),t n (%) (N=83) (N=64) (N=19) (N=2531) (N=2201) (N=330)
* For details about the data collection process, please visit our talk on Monday, December 13, 2021, at 11:45 am in Session 322: A Novel Methodology Underweight (<18.5 kg/m?) 2(2.4) 1(1.6) 1(5.3) 28 (1.1) 23 (1.1) 5 (1.5)
for Building Longitudinal, Patient-Centric Real-World Datasets in Hemophilia A (MW Skinner, et al. Abstract #594). Normal (18.5-24.9 kg/m?) 13 (15.7) 13 (20.3) 0 (0) 781 (30.9) 670 (30.4) 111 (33.6)
Overweight (25.0-29.9 kg/m?) 16 (19.3) 12 (18.8) 4(21.1) 659 (26.0) 597 (27.1) 62 (18.8)
Unreported 24 (28.9) 19 (29.7) 5 (26.3) 186 (7.4) 154 (7.0) 32 (9.7)
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CDC Community Counts data are from the Hemophilia Treatment Center Population Profile Patient Characteristics. Accessible at: https://www.cdc.gov/ncbddd/hemophilia/communitycounts/data-
community-counts.html. *One symptomatic person with HA in the PicnicHealth cohort had FVIII levels >40%; for the purposes of this study, they are included in the mild HA cohort; TFor the PicnicHealth

cohort, weight and height information within one year before enroliment was used in the BMI calculation. Percentages were calculated within the age group.

BMI, body mass index; IQR, interquartile range; N/A, not available.

® In the year before enroliment, 83 PwWHA had outpatient visits, with a median of three visits for the cohort; 20 PwWHA had inpatient admissions (Table 2).

® The inpatient visit count was slightly higher in this cohort than CDC Community Counts, where 7.7% had 1 visit over the past year before enrollment, and
1.9% had 2-3 visits. Inpatient admission and outpatient visit frequencies in the year before enroliment were lowest in the 20-44 years age group (median

[IQR] 1 [1-3]) (Figure 3).

Recruitment proc?:;iing Table 2. Inpatient admissions and outpatient visits of the cohort Figure_ 3. I\/Ie_d_ian number of clinical (including inpatient and
_ outpatient) visits by age group
+ =
At -4 - 8 - § -
— ‘ N=104 | n=81 (77.9%)| n=23 (22.1%)
Inpatient admission count,* n (%) .
PwHA create PwHA sign IRB PwHA list providers PROs collected 0or unreported 84 (80.8) o7 (82.7) 17 (73.9) ]
PicnicHealth account study consent and and care facilities prospectively via an 1 12 (11'5) 9 (11'1) 3 (13'0)
and verify identity record release online questionnaire 2—-3 6 (5.8) 4 (4.9) 2 (8.7)
Su m m ary authorizations >3 5 (1.9) 1 (1.2) 1 (4.3) 53 T rge aroupe (yeare
*Stud_y cpnc_lucted as part of a strategic partnership with F. Hoffmann-La Roche, Ltd. Outpatient visit count,* n (%) - at enrollment
IRB, institutional review board o E 0-19 (n=21)
0 or unreported 21 (20.2) 16 (19.7) 5 (21.7) fg;m- ES 2044 (160
1 22 (212) 18 (222) 4 (174) "E; * 45-84 (n=19)
We utilized a novel Medical records were | 2-3 23 (22.1) 18 (22.2) 5(21.7) 2 B3 65+ (=4
methodology to conduct available over a median Results: data collection Figure 2. Geographic distribution of the PwHA € 38(36.5) 29 (25.5) © (39.1) 2 ‘ '
cohort studies for people of 6.3 years per person * As of June 2021, 143 PwHA from 32 states in the US had signed up to CDC Community Counts 5-
with hemophilia A . . the study (Figure 2), of whom 104 met eligibility criteria for enroliment. Al I\f2|38853 FeTSaZI‘ZS
® Of these, 65 (62.5%) had mild HA, including 23 females, and 39 (37.5%) N=4905 ?8_9.4%) (f(;.G%)
6.3 had moderate HA. Inpatient admission count,* n (%) ‘
. ® Medical records were available over a median (interquartile range [IQR]) 0 or unreported 4418 (90.1) 3924 (89.5) 494 (94.7) , , , ,
years of 6.3 (3.7-11.1) years from 16 (8-28) healthcare providers of six (3—10) 1 378 (7.7) 358 (8.2) 20 (3.8) T 2D e groupe tyeare) P
care sites for the cohort before the enrollment dates. 2-3 93 (1.9) 88 (2.0) N/AT
>3 N/AT N/AT N/AT

® In total, data were collected from 588 care sites and 1963 providers,
iIncluding 234 hematology and 1729 non-hematology providers, with
specialties including radiology, family medicine, pediatrics and psychiatry.

Boxes represent the IQR of the number of clinical visits for each age group, with the
median indicated by the thick black line. Whiskers represent the range, and outliers
(outside 1.5 times the IQR) are indicated by dots.

*Data from one year before enrollment; TCDC Community Counts suppressed the categories with low
counts, which are marked as N/A; all percentages were calculated based on the full cohort.

® PROs were collected prospectively in 25 PwHA starting from February
25, 2021, with the latest data collected in June 2021

Patient count

— — On average, the response rate was 90.3% (150/166 requests) .
— — Of the 25, 10 (40.0%) responded to all questions at the expected 10 ¢ 153 -
~ “ e time, nine (36.0%) missed one response, and six (24.0%) had more 5 » Conclusions
than one missing.

The cohort building and
data collection
methodology is proven to
be valid for hemophilia A

Preliminary results suggest
congruence with the Centers for
Disease Control and Prevention

(CDC) Community Counts

The patient-centric data collection methods implemented in this study provide a new approach to building cohorts for

Results: cohort characteristics observational studies for PwWHA.

®* The median (interquartile range [IQR]) age at enrollment was 29 (22—-42) years.
® Age at first diagnosis was available for 55 (52.9%) PwHA; the median (IQR) was 3 (0-13) years
— Males were diagnosed 10 years younger than females (males, 2 [0-9] years; females, 12 [5-29] years)

PicnicHealth combines routine clinical care data and PROs, and preliminary results suggest congruence when compared
with an existing dataset. Participants have access to all records collected, organized in a medical timeline and shareable

. . . Y . . with care providers, potentially alleviating the burden of care coordination for the patient.
— People with moderate HA were diagnosed at a median (IQR) age of 1 (0-6) years; for people with mild HA, diagnosis was at 5 (0—16) years.

® With regard to disease severity and ethnicity distributions, the cohort was comparable with the CDC’s Community Counts (Table 1)

The result is a patient-centric approach to data that benefits participants while providing needed data on groups traditionally
under-represented in real-world evidence and traditional PwWHA cohorts.

— However, the present study recruited a higher proportion of female PwHA, which may be due to increasing awareness of PWHA with menstruating
potential, and a lower proportion of the pediatric population.
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