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In late 2010, the Pharmacy & Therapeutics Society, with 

significant contribution from the National Hemophilia 

Foundation (NHF), convened a series of 6 educational 

webinars for payer executives. The primary objective of 

the webinars was to explore how health plans and hemo-

philia treatment centers (HTCs) can better work together 

to deliver high-quality care and manage costs associated 

with hemophilia. Each webinar’s faculty comprised an 

HTC hematologist, an HTC nurse, and a managed care 

executive. Each webinar was part of an accredited con-

tinuing education program. These webinars were made 

possible by an unrestricted educational grant from Novo 

Nordisk. 
Most of the 66 webinar attendees represented the medi-

cal and pharmacy departments from commercial, Medicaid, 

and Medicare health plans located across the country. The 

health plans were diverse, ranging from national plans with 

multiple lines of business to small regional plans and state 

Medicaid agencies. A few attendees represented pharmacy 

benefit managers (PBMs) and specialty pharmacies. This 

article is based on the educational materials presented and 

the discussions that transpired during the webinars.

Hemophilia is a chronic, rare disease with significant 

individual patient cost. Over the last few decades, with 

the introduction of new treatment modalities, the manage-

ment of pediatric and adult hemophilia patients has pro-

gressively improved outcomes and resulted in increased 

longevity and decreased morbidity of disease. However, 

the transmission of viral blood-borne infections via re-

placement products (largely prior to 1990), clotting factor 

deficiency–associated arthropathy, and spontaneous and 

traumatic bleeding episodes have affected a significant 

segment of the hemophilic population. Overall care for 

bleeding-disorder patients is complex and requires an ex-

pert, dedicated multidisciplinary team. As hemophilia is 

a rare disorder, health plans often do not invest as many 

resources to evaluate formulary and coverage issues as 

they might for higher prevalence diseases with greater as-

sociated patient numbers and total cost.

Many webinar attendees suggested that their health 

plans do not fully understand the comprehensive medical 

and support services that HTCs provide and the positive 

impact those services have on patient quality of life and 

cost of care. Also, many webinar attendees reported that 

they have not fully evaluated the complexities of hemo-

philia and their impact on medical and pharmacy benefit 

design, formulary development, therapy acquisition, and 

patient management. Many webinar attendees believed 

that payers and HTCs might not have fully explored ap-

propriate avenues to productively work together.

As this article demonstrates, a closer working relation-

ship and better mutual understanding between health 

plans and HTCs could improve outcomes for hemophilia 

patients while providing a more favorable cost-to-benefit 

ratio. Treatment of rare diseases like hemophilia is un-

likely to result in cost offsets that are greater than or equal 

to the drug costs. Managed care’s goal should be to opti-

mize care and outcomes in a way that minimizes the cost 

of treating the rare condition. Managed care also should 

keep in mind that the model of care for hemophilia, as 

described below, can be a model of care for many other 

congenital diseases with costly treatments, such as those 

treated with enzyme-replacement therapies.

HEMOPHILIA
Hemophilia is an X-linked recessive bleeding disorder 

that affects approximately 1 of 5000 live male births.1 Cur-

rently in the United States, approximately 400 to 500 ba-

bies are born with hemophilia each year, and there are a 

total of approximately 30,000 affected individuals. Males 

are almost exclusively affected, yet females who carry the 

genetic mutation may be symptomatic, depending on the 

clotting factor level.2

Hemophilia A, characterized by decreased activity and/

or levels of Factor VIII, affects 80% to 85% of hemophilia 

patients. Hemophilia B, characterized by decreased activ-

ity or levels of Factor IX, affects 15% to 20% of hemophilia 

patients.2 

As shown in the Table, most hemophilia patients are 

classified as having severe disease and have levels of Factor 

VIII or IX of less than 1%. They experience approximately 2 

to 4 bleeding episodes per month, many of which are spon-

taneous (ie, there is no apparent inciting cause). The remain-

ing affected patients have a less severe form of the disease, 

with Factor VIII or IX activity levels between 1% and 40%.

Hemarthrosis: A Common Complication of Hemophilia
Patients with severe hemophilia frequently experience 

spontaneous intra-articular hemorrhages, mainly in the 

ankles, knees, and elbows. Over the long term, repeated 

episodes of hemarthrosis may cause irreversible damage 

to the joint, leading to hemophilic arthropathy, which is 

characterized by joint stiffness, chronic pain, and a severe-

ly limited range of motion.3

In a longitudinal 6-year study performed during the 

1980s and 1990s, 90% of people with severe hemophilia 

experienced chronic degenerative changes in 1 to 6 joints 

by the age of 25 years.4 In another study, 42% of patients 

with severe hemophilia were restricted in their physical 

activities because of arthropathy.5
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A critical factor for avoiding the occurrence of hemo-

philic arthropathy is the prevention of articular hemorrhag-

es.3 However, despite regular infusions of antihemophilic 

concentrate at an early age, recurrent joint bleeding and 

the possibility of hemophilic arthropathy still persist in 

some patients.6 Innovative strategies for the prevention 

and treatment of this common and serious complication 

are therefore required.

Several treatment regimens are utilized for the care 

of patients with hemophilia. One regimen, on-demand 

therapy, is defined as the administration of clotting factor 

concentrates at the time of an acute bleed. Another regi-

men, prophylaxis, consists of the administration of clotting 

factor concentrate in advance of active bleeding with the 

intention of preventing bleeding events and associated 

subsequent damage to the affected area. Prophylaxis can 

be primary (ie, prevention of bleeding events starting early 

in childhood before the development of a hemarthrosis) 

or secondary (ie, prevention of bleeding events in those 

patients with a history of previous bleeding events). Pro-

phylaxis has been documented to improve the joint health 

and quality of life for many patients with severe hemophil-

ia. Pain also may be averted or mitigated by prophylaxis 

strategies.7

Available data demonstrate that prevention of bleeding 

episodes from an early age enables hemophilia patients to 

avoid or reduce the clinical impact of joint disease and im-

prove psychosocial development and quality of life.8 For 

example, young patients on prophylaxis are better able to 

participate in physical activities, regularly attend school, 

and achieve their academic and personal goals.

 

Hemophilia and Inhibitors
One of the most serious and costly complications of he-

mophilia is inhibitor formation.9 As many as 20% to 30% of 

severe hemophilia A patients10 and approximately 1.5% to 

3% of those with severe hemophilia B11 develop a neutral-

izing antibody—called an alloantibody inhibitor—directed 

against the exogenously administered factor replacement 

therapy required to treat or prevent bleeding episodes. 

Most inhibitors develop early in life at a median age of 1.7 

to 3.3 years and after a median of 

~9 exposure days (ie, the number 

of days the patient was exposed 

to any clotting factor replacement 

therapy).12

When inhibitors develop, the 

administration of normal replace-

ment therapy to achieve hemostasis 

may fail, requiring the use of “by-

passing therapies.” For patients with high titer inhibitors, 

examples of bypassing therapies include rFVIIa and an 

activated prothrombin complex concentrate. When in-

hibitors develop, there is a decreased ability to perform 

needed or elective surgery and an associated increase in 

morbidity and mortality.13

While hemophilia patients with inhibitors comprise a 

minority of an HTC’s patient population, they often re-

quire many times the hours of care and volume of services 

utilized by their counterparts without inhibitors. Patients 

with inhibitors require intensive treatment interventions 

with frequent telephone interaction, education, emotional 

support, and appropriate plans for pain management.

The total cost of care for patients with alloantibody 

inhibitors is much greater than that for patients without 

inhibitors. In addition to requiring more costly therapies, 

hemophilia patients with inhibitors are often hospitalized 

at a higher rate. Also, hospitalizations for inhibitor patients 

may be more prolonged or complicated.14

Regardless of the severity of disease and presence of 

inhibitors, the treatment of hemophilia is complex and 

requires expert evaluation and knowledge of the disease 

and individual patient. Therapies are costly and dosing 

varies from patient to patient. An experienced physician’s 

medical direction is required for appropriate care.

HEMOPHILIA TREATMENT CENTERS
Hemophilia treatment centers have demonstrated their 

ability to deliver high-quality, cost-effective care for patients 

with hemophilia. Patients who received care directly from, 

or coordinated through, an HTC experienced a 40% reduc-

tion in mortality.15 Patients treated as part of an HTC pro-

gram experienced better outcomes than patients cared for 

outside of the HTC network, even though the population 

treated within an HTC is composed of a higher percentage 

of patients with severe disease and those with blood-borne 

viral infections and/or inhibitors. Also, patients treated 

within the HTC network experienced a significant reduc-

tion in bleeding-related hospitalizations, especially those 

on home therapy, compared with patients without an HTC 

relationship.15

Table. Profile of Hemophiliaa

Classification by  
Disease Severity

Severe
(50%-70%)

Moderate
(~10%)

Mild
(30%-40%)

FVIII/IX activity <1% 1%-5% >5%-30%

Frequency of bleeding episodes ~2-4/month ~4-6/year Uncommon

Cause of bleeding episodes Majority spontaneous Minor injury Trauma, surgical intervention

aReprinted with permission from Schmaier AH, Thornburg CD, Pipe SW. Coagulation and fibrinolysis. In: McPherson RA, 
Pincus MR, eds. Henry’s Clinical Diagnosis and Management by Laboratory Methods. 21st ed. Philadelphia, PA: Saunders 
Elsevier; 2006:729-746.



www.ajpblive.com	 	 Vol. 3, No. 5  •  The American Journal of Pharmacy Benefits    251

Hemophilia and Managed Care

As of January 2011, there were 141 federally funded 

HTCs across the country.16,17 (The HTCs are partially fund-

ed by federal support from the Health Resources and Ser-

vices Administration [HRSA] and the Centers for Disease 

Control and Prevention. As of 2009, government funding 

for HTCs was approximately $11 million.) Hemophilia 

treatment centers are a model of comprehensive care for 

a chronic, rare disease. As such, HTCs provide multidis-

ciplinary programs including direct medical care, patient 

support, patient education, genetic and mental health 

counseling, and physical therapy. In addition, HTCs may 

offer an integrated pharmacy program. Through this coor-

dinated approach to care, HTCs are able to cost-effectively 

accomplish their primary goal of achieving optimal patient 

outcomes.

Direct Medical Care
Each HTC has a core team of providers that includes 

hematologists, nurses, social workers, and physical thera-

pists. Patients and their families are integrated into and 

considered key members of the care team. The HTC co-

ordinates care of its patients across a variety of medical 

disciplines and specialties, including but not limited to 

primary care, orthopedics, genetics, pharmacy, dentistry, 

and educational/vocational counseling.

Providers at HTCs evaluate most individuals with se-

vere hemophilia at least annually. The frequency of visits 

may depend on age, therapeutic regimen of care, and as-

sociated morbidities or conditions. The number of visits 

also depends on the patient’s geographic access to the 

HTC or an HTC-based outreach program.

For each patient, the HTC team determines the opti-

mum care regimen, which may range from primary pro-

phylaxis to secondary prophylaxis to on-demand therapy. 

The regimen is based on each patient’s diagnosis and as-

sociated clinical course. In addition, HTC team members 

are experts in the management of bleeding events and are 

critical for the planning of elective diagnostic or therapeu-

tic invasive procedures.   

Clinical/Patient Support Programs
Hemophilia treatment centers provide many important 

services in addition to direct medical care. These include, 

but are not limited to, patient/family education, research, 

outreach, emotional support, and oversight of home care 

services. HTC team members are available by phone 24 

hours per day, 7 days per week, for intervention and 

consultation. HTCs provide these services to enhance the 

quality of their patients’ lives, improve outcomes, and de-

crease disease-associated morbidity and mortality.

The HTC staff also develops annual care plans for those 

patients who are located miles away from the HTC and 

who may receive their daily and routine care from their 

local hematologists or other medical care providers. The 

medical community frequently considers the hematolo-

gists within the HTC to be the local and regional experts 

in bleeding and clotting disorders. The HTC hematologists 

also provide the specialized laboratory expertise necessary 

to diagnose these rare bleeding and clotting disorders in a 

timely and accurate manner.

Physicians and nurses at HTCs teach patients and their 

families how to quickly and effectively manage bleeding 

episodes in the home and when to contact the HTC for 

advice and intervention. Also, HTC staff may educate pri-

mary care and hospital providers, dentists and other spe-

cialists, schools, and employers about hemophilia. Many 

of the people and organizations involved in a hemophilia 

patient’s life do not completely understand the disease, 

or have misconceptions. The HTC staff ensures that these 

groups understand the patient’s disorder, the need for safe-

ty measures and emergency protocols, and the treatment 

regimen and activity restrictions for individual patients.

Pharmacy Program
Many HTCs have an integrated pharmacy program, 

which offers access to therapy and allows close medical 

involvement for bleeding events. More than half of the 

HTCs are qualified entities under HRSA’s 340B Drug Pric-

ing Program. Section 340B limits the cost of covered out-

patient drugs to certain federal grantees (including HTCs), 

federally qualified health center look-alikes, and qualified 

disproportionate-share hospitals.18 The main purpose of 

the 340B program is to stretch federal resources provided 

for hemophilia care as far as possible, thereby reaching 

more eligible patients.19 As 340B entities, HTCs realize sig-

nificant savings on the cost of factor products.18

Hemophilia is a rare disease with a well-established 

network of comprehensive centers of excellence and ex-

pertise. Translation of advances in hemophilia care is car-

ried out in these centers of excellence in a cost-effective 

fashion, and these efforts have led to improved survival 

and quality of life. The ability to maintain, advance, and 

promote excellent care for individuals with hemophilia 

and other rare bleeding disorders depends on the pres-

ervation of the HTC network despite the present environ-

ment of reduced federal funding support and truncated 

reimbursement for time-intensive comprehensive care. 

The federal government has enabled HTCs to survive 

through purchasing and selling replacement therapy 

products through the 340B mechanism while providing 
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the important benefit of passing along a reduced cost of 

replacement therapies to participating patients.

In summary, through state-of-the-art medical care and 

comprehensive support in addition to integrated pharma-

cy programs, the HTC team strives to decrease morbidity 

and mortality and decrease costs, such as those associated 

with unnecessary emergency department visits or inap-

propriate use of expensive replacement therapy.

HEMOPHILIA AND MANAGED CARE
Hemophilia is a chronic condition that affects a limited 

population. Therefore, health plans may not devote as 

much attention to the management of hemophilia as they 

do to more prevalent diseases with a greater budgetary 

impact.

Current medical and pharmacy policies related to he-

mophilia often are limited to prior authorization or pre-

certification for clotting factor replacement therapy. The 

primary goal is to ensure that products and technologies 

are used within labeling and according to best clinical 

practices. A secondary objective can be to identify hemo-

philia patients who experience a significant bleeding event 

requiring hospitalization and costly therapy management. 

For these patients, health plans may make case manage-

ment services available to minimize barriers to care and 

improve its quality.

Given the complexity and cost of care for individual 

hemophilia patients, there may be opportunities for health 

plans to play a more active and effective role in managing 

these disorders.

To successfully improve a health plan’s approach to 

hemophilia, pharmacy & therapeutics (P&T) committees 

might seek to address the issues described below. Once 

these issues have been considered for hemophilia, there 

may be an opportunity for health plans to apply their expe-

rience and insights to other chronic, rare diseases that have 

a significant per-patient cost.

Education Within the Health Plan
As reflected by webinar participants, many pharmacy 

and medical directors and case managers are not familiar 

with the complexities of hemophilia care and the HTCs’ 

approach to improving the quality of care while manag-

ing costs. Many of these health plan executives said they 

would benefit from education addressing the following 

topics: (1) a better understanding of hemophilia treatment 

and potential complications associated with hemophilia, 

(2) approaches for improving outcomes, (3) the nature 

and benefit of prophylaxis, (4) the nature of inhibitors 

and how they are managed, (5) genetic counseling, (6) 

management of pregnancies and deliveries of hemophilia 

carriers, and (7) new hemophilia therapies in the pipeline.

Education on these topics would help payers imple-

ment policies that foster improved quality of care. For ex-

ample, education about prophylaxis and its benefits could 

help payers better understand the value of a significant 

near-term investment that could yield long-term benefits. 

A better understanding of inhibitors and the associated 

cost of care might encourage health plans to more closely 

monitor these hemophilia patients and encourage them to 

seek care from HTCs.

Partnering Between Health Plans  
and HTCs: A Key Activity

In 1954, NHF formed a Medical and Scientific Advisory 

Council (MASAC) to advance clinical care and promote 

hemophilia research. This council establishes quality-of-

care guidelines for the treatment of hemophilia and other 

bleeding disorders. Issued in the form of recommenda-

tions, MASAC guidelines set the standard of care for HTCs 

and other providers around the world. The guidelines are 

referred to by an international array of physicians, medical 

schools, pharmacists, emergency department personnel, 

insurance companies, and others.20 The scientists, physi-

cians, and other treatment professionals who comprise 

MASAC are internationally regarded as experts in the 

broad field of bleeding disorders research and care, AIDS, 

hepatitis, other infectious diseases, and blood safety.20

All MASAC guidelines are published on the NHF Web 

site.21 MASAC has published 77 guidelines covering such 

topics as standards of care (MASAC #132), prophylaxis (MA-

SAC #179), and preferred drug lists (MASAC #166). HTCs 

and specialty pharmacies that provide care for hemophilia 

patients are encouraged to comply with these guidelines.

Given the quality of care HTCs provide based on MA-

SAC guidelines, there are opportunities for health plans 

and HTCs to partner more effectively. For example, HTC-

based providers offer expertise that could assist health 

plans with the development of evidence-based policies 

and guidelines for hemophilia management.

Health plans’ case managers coordinate care and pro-

vide support for patients with a range of morbidities. As 

previously described, HTCs also coordinate care and pro-

vide support for hemophilia patients. Therefore, a closer 

working relationship between the health plans and HTCs 

could enhance care and limit duplication of effort. One 

option is for the HTC to act as the lead medical manager 

for a health plan’s hemophilia patients. Health plans could 

directly or through other available resources provide case 

management services for members without access to HTCs 
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while encouraging these patients to connect to the HTC 

network.

Webinar participants were generally unaware of HTC 

efforts to manage the cost of care. For example, HTCs typi-

cally do not authorize automatic medication refills or auto-

shipment of expensive pharmaceuticals. HTCs work with 

patients to verify the number of bleeding episodes and the 

quantity of medications administered since the previous 

refill. HTCs closely monitor for appropriate dosing. HTCs 

are cognizant of cost issues and proactively manage them. 

Working more closely together could enable payers and 

HTCs to identify new avenues to better manage costs while 

enhancing the quality of care.

One of the challenges that health plans might encoun-

ter in developing a closer relationship with HTCs is that a 

provider contract might not yet be in place. Health plans 

may have contracts with some HTCs and not with others. 

Webinar participants suggested that health plans assess the 

potential for formal relationships with all HTCs within the 

payer’s membership area.

When contracting with HTCs, health plans can contract 

for medical services or for both medical and pharmacy ser-

vices. When selecting a source for factor products, webinar 

participants suggested that health plans consider the acquisi-

tion cost of the drug, the availability of education aimed at 

teaching hemophilia patients about appropriate administra-

tion, and the degree to which the pharmacy monitors the 

dispensing, administration, and utilization of factor products.

Health plans could mandate and cover the cost of an-

nual evaluations of hemophilia patients in the HTCs to 

fine-tune their treatment plans for replacement therapy, 

HIV and hepatitis C virus care, physical therapy regimens, 

and so forth prior to renewing their 340B clotting factor 

prescriptions. This approach would achieve the mutual 

objective of delivering cost-effective care within the con-

text of the highest standard of care.

Another challenge potentially facing health plans is that 

their knowledge of hemophilia and their relationships with 

HTCs are spread over many people, each of whom may 

have limited knowledge of the disease. This approach can 

hinder development of a uniform and effective relationship 

with the HTCs. P&T committees should evaluate the benefit 

of developing a centralized and stable group of medical 

directors, pharmacists, and case managers who are current 

HTC participants responsible for managing hemophilia pa-

tients. This group would be able to interpret, scrutinize, 

and evaluate the appropriateness of adopting or adapting 

the recommendations generated by MASAC. An integrated 

approach to patient care planning involving both the health 

plan and the HTC team could act as a focal point throughout 

the health plan’s service area. The HTCs would know who 

at the health plan to contact on behalf of their patients. Both 

the health plan and HTCs would develop a better under-

standing of how to work together more effectively.

Relationships Between Health Plans and Specialty 
Pharmacies for Hemophilia Patients

Health plans may opt to work with specialty pharma-

cies to deliver coagulation replacement products for the 

plan’s members with hemophilia, especially when those 

members do not have access to an HTC or choose not to 

go to an HTC. The NHF’s MASAC has developed a set of 

standards of service for providers of clotting factor in the 

home. The guideline is identified as MASAC #188.22

Among its requirements, MASAC #188 recommends that 

specialty pharmacies offer clinical expertise and experience 

in hemophilia, deliver medications within 48 hours on a 

routine basis and within 3 hours (if logistically possible) 

for emergencies, fill all prescriptions within  ±5% to 10% of 

prescribed assays, carefully manage clotting factors based 

on expiration date, and provide 24/7 availability in multiple 

languages.22

The NHF lists on its Web site those HTC pharmacy 

programs, specialty pharmacies, and home care providers 

that are known to comply with MASAC #188.21 (For more 

information about MASAC #188 and other MASAC recom-

mendations, please visit the NHF Web site at www.hemo-

philia.org.) Webinar attendees suggested that payers select 

among the HTCs, specialty pharmacies, and home care 

providers in compliance with MASAC #188 based on (1) 

the cost of the factor products, (2) the breadth and quality 

of support services, (3) the efficiency and effectiveness 

with which the services are delivered, and (4) the agency’s 

relationship with the patient. Webinar attendees also sug-

gested that health plans consider encouraging specialty 

pharmacies and home care providers not on the list to 

examine and adhere to MASAC #188 standards.

Encouraging Care Consistent  
With Best Clinical Practices

Encouraging care consistent with best clinical prac-

tices means basing a health plan’s policies on the results 

of clinical trials, evidence-based guidelines, and pub-

lished literature. Webinar attendees suggested that one 

way to accomplish this goal is to explore and adopt, to 

the fullest extent possible, the practice guidelines de-

veloped by the NHF’s MASAC. In those areas where 

evidence-based data are not available, HTCs and health 

plans could develop clinical research projects intended 

to generate the data.
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Webinar attendees suggested that another strategy is for 

P&T committees to ensure that the health plan’s policies 

provide incentives for patients to receive routine care out-

side of an emergency department. For example, copays and 

deductibles should support access to routine care at an HTC 

or physician’s office and encourage therapy compliance.

Webinar attendees also suggested that health plans con-

sider using prior authorizations to ensure that medications 

are delivered in compliance with MASAC #188 or to iden-

tify hemophilia members appropriate for case management 

programs who do not have access to an HTC or do not 

want to use an HTC. The objective is to design prior autho-

rization requirements that encourage high-quality care for 

hemophilia patients.

Webinar attendees suggested that health plans and 

HTCs can work together to develop evidence-based prior 

authorization requirements that maximize patient benefit 

while limiting cost to the health plan and minimizing any 

potential for a delay in the delivery of care.

Investing in Care Today to Improve Long-Term  
Clinical Outcomes and Achieve Cost Savings

Most webinar attendees reported that their health plans 

support prophylaxis as the standard of care for severe he-

mophilia. These payers realize the quality-of-life and eco-

nomic value of prevention or delay in progression of joint 

damage. Health plans should evaluate their policies to de-

termine the appropriateness of encouraging prophylaxis 

and, if appropriate, how best to support it as the standard 

of care for severe hemophilia.

Webinar attendees noted that many health plans in-

vest in prophylaxis even though hemophilia patients may 

change plans before the individual benefits of prophy-

laxis are realized. The webinar attendees believed that 

prophylaxis contributes to their health plan’s mission of 

delivering high-quality care, even if the long-term benefits 

are not evident during the period of coverage. More re-

search is warranted into the appropriate age for patients 

to start and stop primary prophylactic regimens and the 

range of clinical and economic benefits realized from 

these regimens.

Webinar attendees suggested that healthcare reform 

could affect their approach to prophylaxis. For example, 

if the removal of lifetime benefit caps remains in place, 

fewer hemophilia patients might change their health plan 

and those that do change might do so less frequently. 

Removal of lifetime benefit caps could result in a rise in 

the number of hemophilia patients able to receive pro-

phylaxis. Many webinar attendees suggested that P&T 

committees should reexamine hemophilia-related issues 

as the nature of healthcare reform evolves and becomes 

clearer.

Potential Impact of Cost Sharing on  
Patient Compliance and Persistence

As the cost of healthcare rises, many employers and 

payers seek greater cost sharing from patients. Due to 

their high cost of care, many hemophilia patients currently 

struggle to meet their financial responsibilities. Webinar 

attendees suggested that health plans and HTCs work to-

gether to address these barriers to care, as they may impact 

therapy compliance. For example, health plans can work 

with HTCs to ensure that their hemophilia patients are 

using in-network providers and that underinsured patients 

are applying for patient assistance programs, as available.

CONCLUSIONS
Hemophilia is an example of a chronic, rare disorder 

associated with a significant cost per patient. While rare 

diseases often do not generate significant attention in many 

health plans, there are opportunities to optimize care as 

well as more effectively manage costs. Health plans that 

access the opportunities available through HTCs for better 

managing hemophilia patients are likely to develop strate-

gies that deliver a positive return on investment. Creative 

cooperation between health plans and HTCs is likely to 

better serve mutual patient constituencies. It also is possi-

ble that some of the strategies health plans implement for 

their hemophilia members can be appropriately applied to 

other chronic, rare diseases with a high per-patient cost.

For further information about hemophilia and MASAC 

guidelines, please refer to the NHF Web site at www. 
hemophilia.org. The slides for the 6 webinars that 

formed the foundation for this article are posted on the 

NHF Web site as well as the Web site of the Pharmacy & 

Therapeutics Society (www.pandtsociety.org).

Author Affiliations: Indiana Hemophilia and Thrombosis Center 
(AS), Indianapolis, IN; University of Michigan Hemophilia and Coagulation 
Disorders Program (SWP), Ann Arbor, MI; University of Colorado Denver 
Hemophilia and Thrombosis Center (SG), Aurora, CO; Aetna Pharmacy 
Management (EJP), Hartford, CT; Indiana University Health (JAJ), India-
napolis, IN; Coventry Health Care (CGT), Bethesda, MD; Louisiana Cen-
ter for Bleeding and Clotting Disorders (KW), Tulane University Health 
Sciences Center, New Orleans, LA; MedSpan (RK), South Barrington, IL; 
Center for Comprehensive Care of Bleeding and Clotting Disorders (CK), 
Georgetown University Medical Center, Washington, DC.

Funding Source: This activity is supported by an educational grant 
from Novo Nordisk. This activity is jointly sponsored by Medical Educa-
tion Resources, the National Hemophilia Foundation, the P&T Society, 
and MedSpan.

Author Disclosures: Dr Shapiro reports receiving lecture fees for 
speaking at the invitation of a commercial sponsor and payment for in-
volvement in the preparation of this manuscript as the Director of the 
Indiana Hemophilia & Thrombosis Center, which participates in the 
340B program, serving as a consultant or paid advisory board member 



www.ajpblive.com	 	 Vol. 3, No. 5  •  The American Journal of Pharmacy Benefits    255

Hemophilia and Managed Care

for Baxter BioScience, Bayer Healthcare Pharmaceuticals, Inspiration 
Biopharmaceuticals, and Novo Nordisk, and contributing clinical research 
to Baxter BioScience, Bayer Healthcare Pharmaceuticals, Biogen Idec 
Pharmaceuticals, Eli Lilly, Inspiration Pharmaceuticals, and Novo Nordisk. 
Dr Pipe reports receiving grants from Inspiration Pharmaceuticals and 
honoraria from Baxter BioScience, CSC, and Novo Nordisk. Ms Geraghty 
reports receiving payment for involvement in the preparation of this 
manuscript from Novo Nordisk. Mr Jorgenson reports being a P&T Society 
Board member. Mr Kaminsky reports receiving grants from Novo Nordisk. 
Dr Kessler reports being an ex officio member of the National Hemophilia 
Foundation Board. The other authors (EJP, CGT, KW) report no relation-
ship or financial interest with any entity that would pose a conflict of 
interest with the subject matter of this article.

 Authorship Information: Concept and design (SWP, SG, EJP, JAJ, 
CGT, RK, KW, CK); acquisition of data (AS, EJP, RK,CK); analysis and in-
terpretation of data (SG, JAJ, RK, CK); drafting of the manuscript (AS, SWP, 
SG, CGT, KW, RK, CK); critical revision of the manuscript for important in-
tellectual content (AS, SWP, SG, JAJ, CGT, KW, RK, CK); provision of study 
materials or patients (EJP, CK); obtaining funding (RK); and administrative, 
technical, or logistic support (RK). 

Address correspondence to: Amy Shapiro, MD, Indiana Hemophilia 
& Thrombosis Center, Inc, 8402 Harcourt Rd, Ste 500, Indianapolis, IN 
46260. E-mail: ashapiro@ihtc.org. 

REFERENCES
1. Centers for Disease Control and Prevention. Hemophilia facts. http://www.cdc.gov/
ncbddd/hemophilia/facts.html. Accessed February 3, 2011.

2. Arun B, Kessler CM. In: Colman RW et al, eds. Hemostasis and Thrombosis: Ba-
sic Principles and Clinical Practice. 4th ed. Philadelphia, PA: Lippincott, Williams & 
Wilkins; 2000:815-824.

3. Raffini L, Manno C. Modern management of haemophilic arthropathy. Br J Haema-
tol. 2007;136(6):777-787.

4. Aledort LM, Haschmeyer RH, Pettersson H. A longitudinal study of orthopaedic 
outcomes for severe factor-VIII-deficient haemophiliacs. The Orthopaedic Outcome 
Study Group. J Intern Med. 1994;236(4):391-399.

5. Centers for Disease Control and Prevention. Report on the Universal Data Col-
lection Program. 2005;7(1)23. www.cdc.gov/ncbddd/hbd/documents/UDC7(1).pdf. 
Accessed July 2, 2011.

6. Löfqvist T, Nilsson IM, Berntorp E, Pettersson H. Haemophilia prophylaxis in young 
patients—a long-term follow-up. J Intern Med.1997;241(5):395-400.

7. Manco-Johnson MJ, Abshire TC, Shapiro AD, et al. Prophylaxis versus episodic 
treatment to prevent joint disease in boys with severe hemophilia. N Engl J Med. 
2007;357(6):535-544.

8. Coppola A, Franchini M, Tagliaferri A. Prophylaxis in people with haemophilia. 
Thromb Haemost. 2009;101(4):674-681.

9. Centers for Disease Control and Prevention. Inhibitors. Hemophilia homepage. 
http://www.cdc.gov/ncbddd/hemophilia/inhibitors.html. Accessed January 13, 2011.

10. Franchini M, Tagliaferri A, Mengoli C, Cruciani M. Cumulative inhibitor incidence 
in previously untreated patients with severe hemophilia A treated with plasma-derived 
versus recombinant factor VIII concentrates: a critical systematic review. Crit Rev On-
col Hematol [published online ahead of print January 27, 2011]. 

11. DiMichele D. Inhibitor development in haemophilia B: an orphan disease in need 
of attention. Br J Haematol. 2007;138(3):305-315. 

12. Bray GL, Gomperts ED, Courter S, et al. A multicenter study of recombinant factor 
VIII (recombinate): safety, efficacy, and inhibitor risk in previously untreated patients 
with hemophilia A. The Recombinate Study Group. Blood. 1994;83(9):2428-2435.

13. Darby SC, Keeling DM, Spooner RJ, et al. The incidence of factor VIII and factor 
IX inhibitors in the hemophilia population of the UK and their effect on subsequent 
mortality, 1977-99. J Thromb Haemost. 2004;2(7):1047-1054.

14. Ullman M, Hoots WK. Assessing the costs for clinical care of patients with high-
responding factor VIII and IX inhibitors. Haemophilia. 2006;12(suppl 6):74-80. 

15. Soucie JM, Nuss R, Evatt B, et al. Mortality among males with hemophilia: rela-
tions with source of medical care. The Hemophilia Surveillance System Project Inves-
tigators. Blood. 2000;96(2):437-442.

16. National Hemophilia Foundation. Comprehensive medical care—hemo-
philia treatment centers. http://www.hemophilia.org/NHFWeb/MainPgs/MainNHF.
aspx?menuid=249&contentid=385. Accessed January 13, 2011.
17. National Hemophilia Foundation. Hemophilia and Thrombophilia Treatment Cen-
ters. Comprehensive Care for People with Bleeding and Clotting Disorders. http://
www.hemophilia.org/NHFWeb/Resource/StaticPages/menu0/menu4/menu149/
WD2009HTCsFS.pdf. Accessed February 16, 2011. 
18. Health Resources and Services Administration. Pharmacy Affairs & 340B Drug 
Pricing Program. http://www.hrsa.gov/opa/introduction.htm. Accessed February 16, 
2011.
19. Federal Hemophilia Treatment Centers/Region IX. 340B Drug Pricing Program. 
http://www.hemophiliaregion9.org/340b. Accessed February 16, 2010.
20. National Hemophilia Foundation. What is the Medical and Scientific Advisory Coun-
cil? http://www.hemophilia.org/NHFWeb/MainPgs/MainNHF.aspx?menuid=57&cont 
entid=335. Accessed February 17, 2011.
21. National Hemophilia Foundation. Treatment recommendations from NHF’s Medi-
cal and Scientific Advisory Council. http://www.hemophilia.org/NHFWeb/MainPgs/
MainNHF.aspx?menuid=57&contentid=138. Accessed January 21, 2011.
22. National Hemophilia Foundation. MASAC recommendation #188. MASAC Rec-
ommendations Regarding Standards of Service For Pharmacy Providers of Clotting 
Factor Concentrates For Home Use To Patients With Bleeding Disorders. http://www.
hemophilia.org/NHFWeb/Resource/StaticPages/menu0/menu5/menu57/masac188.
pdf. Accessed February 17, 2011.  

Educational Disclaimer
The content and views presented in this educational activity are those 
of the authors and do not necessarily reflect those of Medical Education 
Resources, the National Hemophilia Foundation, the Pharmacy & 
Therapeutics Society (PTS), MedSpan, and/or Novo Nordisk. The authors 
have disclosed whether there is any discussion of published and/or 
investigational uses of agents that are not indicated by the US Food and 
Drug Administration in their presentations. The opinions expressed in this 
educational activity are those of the faculty and do not necessarily represent 
the views of Medical Education Resources, the National Hemophilia 
Foundation, PTS, MedSpan, and/or Novo Nordisk. Before prescribing any 
medicine, primary references and full prescribing information should be 
consulted. Any procedures, medications, or other courses of diagnosis or 
treatment discussed or suggested in this activity should not be used by 
clinicians without evaluation of their patient’s conditions and possible 
contraindications or dangers in use, review of any applicable manufacturer’s 
product information, and comparison with recommendations of other 
authorities. The information presented in this activity is not meant to serve 
as a guideline for patient management.

INSTRUCTIONS FOR CREDIT

There are no fees for participating in and receiving CE credit for 
this activity. Participants must (1) read the learning objectives 
and faculty disclosures, (2) study the educational activity, (3) 
complete the post-test by recording the best answer to each 
question in the answer key on the evaluation form, (4) complete 
the evaluation form, and (5) complete the on-line evaluation form 
as instructed at the end of this article.

A statement of credit will be issued only upon receipt of a 
completed activity evaluation form and a completed post-test with 
a score of 70% or better. Statements of credit will be mailed to 
you within 6 weeks.

To take the examination to obtain credit, please go to www.
medspanresearch.com. Under the Respondent’s menu choice, 
enter the code HEMOTEST. You will be taken to the examination. 
You will receive your certification soon thereafter.


