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Introduction and Objectives:

Congressional funding of hemophilia treatment centers (HTC) through the Health
Resources and Services Administration (HRSA) began in 1975 after studies demon-
strated that care in these centers reduced complications in this population®. Popu-
lation-based surveillance of hemophilia conducted by The US Centers for Disease
Control and Prevention (CDC) from 1993-1995 (the Hemophilia Surveillance Sys-
tem or HSS) demonstrated that (1) 67% of persons with hemophilia (PWH) visited
a federally-funded HTC at least once during the three-year period of ascertainment
and (2) the risk of death and bleed-related hospitalizations were each decreased by
40% in persons seen at HTCs compared to those receiving care elsewhere®*4 More
recent estimates suggest that 70% of the estimated 20,000 PWH in the US are seen
at HTCs® These estimates suggest that perhaps 6,000 PWH, and an unestimated
number of persons with other genetic bleeding disorders, receive care elsewhere.
Data on these persons with bleeding disorders (non-HTC PWBD) are not collect-
ed on a regular basis nor maintained in a central database. Consequently, little is
known about their characteristics, care, health status, and needs. CDC partnered

with a national non-profit, consumer-focused organization, Hemophilia Federation
of America (HFA), on the CHOICE (Community Having Opportunity to Influence
Care Equity) Project to collect information on non-HTC PWBD in order to better
estimate disease burden and inform planning, decision making, and programming.

Figure 1. Algorithm for determining Non-HTC status of CHOICE participants

1018 survey attempts

202 missing respondent,

sex or diagnosis <
4 with ineligible diagnosis

}
{

805 eligible surveys

Ever HTC care?
> Missing: 138

Ever HTC care? Ever HTC care?
Yes No/Do not know
525 142
Last care </= 4 years age Last care </= 4 years age
(recent HTC) (recent HTC)
435 31

Last care >4 years ago

Identified an HTC
(confirmed HTC)
482

Identified an HTC
(confirmed HTC)
32

Last care >4 years ago

(distant HTC) (distant HTC)
47 1

Last care </= 4 years age
(recent HTC)

o4 Non-informative Non-informative

response responsive
(presumed HTC) (presumed non-HTC)
28 58

Last care >4 years ago
(distant HTC)
4

Identified something Identified something
other than an HTC other than an HTC
(confirmed non-HTC) - - (confirmed non-HTC)
15 52

> 177 non-HTC participants <€

References and required disclaimer:

HFA and CDC collaborated on the development of the CHOICE survey questions with the
input of members of the bleeding disorders community. Survey elements included diagnosis,

treatment regimen and treatment products used, inhibitor status, joint function and disease
(invasive orthopedic procedures, use of pain medication), bleeding history, HIV and hepatitis
infection and other comorbidities, health services utilization (usual source of care, frequency
of care, barriers to regular care, delay of care, emergency room utilization and hospitalizations
within the past 12 months), demographics, and patient satisfaction (RAND PSQ-18).

HFA learned through its promotion of CHOICE to the bleeding disorders community that
many people in the community do not know whether they receive their care and services from
an HTC. Thus, a series of questions was included in the CHOICE survey to help establish ob-
jectively whether a respondent received care at an HTC. Respondents were asked whether they
had ever attended an HTC. Regardless of whether they responded “yes” or “no” to this ques-
tion, they were referred to a list of institutions consisting of current and past federally-funded
HTCs and asked to identify those they had attended. If they had not received treatment at any
of the institutions on the list, they were asked to provide the name, city, and state of the provid-
er from whom they receive care. For purposes of comparison with HSS and other surveillance
data, participants also were asked when they had last received care at an HTC (or elsewhere).
Participants’ status as non-HTC PWBD was assigned using an algorithm based on their re-
sponse to these questions (Figure 1).

From 04/2013-07/2015, US PWBD 18 years old or older (adults) and caregivers of children with
bleeding disorders were recruited to take the approximately 20-minute CHOICE survey in
English or Spanish, online or on paper. Non-HTC PWBD were specifically solicited but others
were not discouraged from participation. Recruitment of non-HTC PWBD participants was
supported by those who may interact with them, including healthcare providers, homecare
companies, and local and regional organizations serving PWBD. In addition, HFA recruited
non-HTC PWBD to take the CHOICE survey via direct face-to-face communication and social
media. The survey was offered at HFA’s annual Symposium and at events sponsored by HFA
Member Organizations in online and paper formats. Participants could also request that a pa-
per version of the survey be mailed to them by HFA.

Results and Conclusions:

One thousand eighteen survey attempts were made; 213 were judged ineligible for inclu-
sion. Of the 805 surveys retained, 752 (93%) were completed in English and 53 (7%) were
completed in Spanish; 783 (97%) were completed electronically and 22 (3%) on paper. Twen-
ty-two percent of participants (177) were non-HTC PWBD (Figure 1). See Table 1 for di-
agnoses, Table 2 for demographic information. Non-HTC PWBD hailed from 39 states
(Figure 2); six states accounted for 55% of participants: Texas (31, 18%), California (25, 14%),
Florida (12, 7%), New York (11, 6%), Massachusetts (10, 6%) and Illinois (9, 5%). Compared to
the US general population, the non-HTC participants responding to this survey represent
a more ethnically diverse population (27% vs. 17% Hispanic) and are proportionately less
African American (<4% vs. 13%)°.

Preliminary data from the CHOICE Project demonstrate the strengths and challenges of
using direct patient survey to identify PWBD receiving care outside the federally-funded
network of HTCs. However, this sample does not necessarily represent all non-HTC par-
ticipants, as affiliation with an HTC was not always clear and targeted outreach by HFA
Member Organizations in some regions may have led to over-representation of some par-
ticipant characteristics; further analysis is needed to determine whether this was the result
of recruitment methods or the underlying population structure. The CHOICE patient out-
reach/recruitment methodology may be helpful in identifying pockets of PWBD whose
health experiences may be underrepresented in clinic-based surveillance and other data
collection efforts. Additional work is needed to analyze the health outcomes of non-HTC
PWBD and to determine whether those outcomes are different from other PWBD as well
as to understand how best to identify and recruit non-HTC PWBD for surveillance.

! Baker JR, Crudder SO, Riske B, Bias V, Forsberg A. A Model for a Regional System of Care to Promote the Health and Well-Being of People with Rare Chronic Genetic Disorders. Am J Pub Health 2005;95(11):1910-16.
2 Soucie JM, Evatt B, Jackson D. Occurrence of hemophilia in the United States. The Hemophilia Surveillance System Project Investigators. Am J Hematol 1998;59:288-94.

3 Soucie JM, Nuss R, Evatt B, Abdelhak A, Cowan L, Hill H, Kolakoski M, Wilber N. Mortality among males with hemophilia: relations with source of medical care. The Hemophilia Surveillance System Project Investigators. Blood 2000;96:437-42.

“ Soucie JM, Symons J, Evatt B, Brettler D, Huszti H, Linden J and the Hemophilia Surveillance System Project Investigators. Home-based factor infusion therapy and hospitalization for bleeding complications among males with hemophilia. Haemophilia 2001;7:198-206.

5 Baker JR, Riske B, Drake JH, Forsberg AD, Atwood R, Voutsis M, Shearer R. US Hemophilia Treatment Center population trends 1990-2010: patient diagnoses, demographics, health services utilization. Haemophilia 2013; 19: 21-6.

¢ U.S. Census Bureau; American Community Survey, 2014 American Community Survey 1-Year Estimates, Tables Bo2001, C03002; generated by Meredith Oakley; using American FactFinder; <http://factinder2.census.gov>; (11 July 2016).

This work was supported by Cooperative Agreement number 1U27DD000859 from the Centers for Disease Control and Prevention (CDC). The findings and conclusions in this report are those of the authors and do not necessarily represent the official position of the CDC.

Table 1. Diagnoses and clinical characteristics of non-HTC PWBD (nh=177)

H %
Severe 53 67.09
Moderate 9 11.39
Mild 16 20.25
Do not know severity 1 1.27
Hemophilia B alone 23 12.99
Severe 6 26.09
Moderate 5 21.74
Mild 5217
Type 1 64.86
Type 2 7 18.92
Other type or unknown 16.22

Platelet disorder alone 6.21

More than one bleeding disorder diagnosis

Age at diagnosis

Before birth or within 24 hours of birth 14.94
More than 24 hours after birth 148 85.06

Age at diagnosis for those diagnosed >24 hours after birth (n=148)

Range 2 days-60 years
Mean 13.74 years
Median 6.5 years

1st quartile 7 months
2nd quartile 25 years

Figure 2. Distribution of CHOICE participants assigned non-HTC status,
by state
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Table 2. Demographic characteristics and usual place of care

for non-HTC PWBD (n=177)

0-10 25 14.20
1-19 29 16.48
20-44 69 39.20
45-64 44 25.00
65+ 9 5.11

Mean/Median (range) 33/32 (0O-71)

Female 47.46
Male 52.54
_
White 76.92
Asian 10 5.92
American Indian/Alaska Native, Black or African American, or Na- 7 414
tive Hawaiian or Other Pacific Islander
Other 11 6.51
Prefer not to answer 6.51
Hispanic 26.74
Non-Hispanic 18 68.60
Prefer not to answer 8 4.65
Commercial or private insurance 87 51.79
Medicaid, Medicare or Both 36 21.43
Commercial or private insurance plus Medicaid, Medicare, Both or 13 7.74
Other
Medicaid, Medicare or Both plus Other 6 3.57
Other 9 5.36
Uninsured

Employed full-time 48.70
Employed at least part-time N 9.57
Homemaker, student, retired or other 25 21.73
Permanently or temporarily disabled 18 15.65
Prefer not to answer 5 4.35
Not applicable (respondent for child <18 years old) 60

Usual place of care

Doctor's office 86 49.43
Hospital emergency room 28 16.09
Hospital outpatient department 21 12.07
Hemophilia Treatment Center (HTC) 14 8.05
Do not go to one place most often 8 4.60
Home 7 4.02
Clinic or Community Health Center 5 2.87
Do not know 5 2.87

Prefer not to answer 2.98
Employment status, respondents >=18 years old
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