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Today’s Program: What You Will Learn 

• What progressive employers are doing to effectively manage rare diseases such as 

hemophilia 

• How pharmacy benefit vendors can add to the already high cost of hemophilia and what 

employers can do about it 

• How plan design can drive members to the highest quality, most cost-effective site of 

care 

• What turn-key tools and resources are available for employers 

 

Employer Challenges & Opportunities 

• Have limited understanding of hemophilia and lack the knowledge and tools to better 

manage costs; don’t know where to turn for support to build a strategy 

• Recognize that costs vary widely from patient to patient 

• Rely almost exclusively on vendors to manage hemophilia and other specialty drug spend 

• Do not routinely receive detailed reports and information on hemophilia claims from 

PBMs (pharmacy benefit) or carriers (medical claims) 

• Have no window into the waste of high-cost clotting factor (prophylaxis) in medication 

delivery and administration 

• Lack awareness or information on optimal treatment options, comparative analysis on 

efficacy or the importance of COEs such as Hemophilia Treatment Centers 

• Concerned about time demands on employees as caregivers and the impact of financial 

stress from high deductible plans and related out-of-pocket spend 

• See minimal consensus in the provider community on best treatment options and 

concerned about access to high quality providers, especially in rural communities 

Hemophilia: Extremely Rare, Extremely Costly,  

Extremely Important to Employers! 
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• Want to educate employees and dependents 

 

MBGH Project Background 

2019: National Hemophilia Foundation & Hemophilia Treatment Centers 

• Employer advisory board, educational programs, online employer toolkit 

• Outcomes: Employers focused on vendor oversight and monitored the use of hemophilia 

medications and PBM practices that increased employer costs 

 

2020/21: Partnered with Genentech to enhance existing resources 

• Employer work group, relaunch of online employer toolkit, launch of an employer action 

brief, educational programs 

• Outcomes: Gathered additional employer perspectives; took action on the learnings 

related to PBM contracting, best practices and ongoing avoidance of waste 

 

Employer Challenges & Opportunities in Managing Hemophilia 

Moderator 

• Kollet Koulianos, Senior Director Payer Relations, National Hemophilia Foundation (NHF) 

Panel 

• Jason Parrott, Senior VP, Strategy, Innovation, Growth & Partnerships, Vida Health 

(formerly Senior Manager Global Health & Well-Being Strategy, Boeing) 

• Sherri Samuels-Fuerst, VP, Total Rewards, Sargento Foods 

 

Employer 

• When I first started to focus on this clinical category four or five years ago, thanks to the 

efforts of Kollet, the NHF and Midwest Business Group on Health, it really catalyzed our 

ability to take action and assess and how we’re managing medications and our patients 

who are afflicted with hemophilia. 

• We wanted to try to raise the bar on everything we’re doing to better manage this 

category. 

• Over time, thanks to great collaboration with thought leaders like Kollet and Cheryl, we 

were able to bring forward a set of performance guarantees that we could weave into our 

PBM contracts. 
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• Luckily, we had a willing PBM partner that thought this made sense. 

• We looked at ways to more effectively and efficiently manage the high-cost nature of the 

medications that are prescribed for our people with hemophilia. 

• The performance standards or performance guarantees we deployed were: 

 

Service feature around assay matching 

o We were looking for a PBM to guarantee an aggregate variance for all hemophilia 

factor not to exceed 2% per year. 

o The variance will be calculated from the target dose from the original prescription and 

excludes certain medications and instances where the manufacturer’s factor assay 

availability prohibits target assay matching. 

o Penalty: The PBM will reimburse for the average cost of factor for any amount greater 

than the assay percentage up to a maximum of $X per contract year. 

 

Performance guarantee around emergency room use reduction 

o Our intent was to avoid unnecessary treatments and ER visits; we looked to quantify 

emergency room reduction as a service feature. 

o PBM would guarantee that patients would have zero avoidable emergency room visits 

based on patient reported data. 

o Penalty: The PBM will pay a certain fixed dollar amount per avoidable emergency 

room visit up to a maximum dollar cap per contract year. 

 

• We worked through a PBM RFP and ultimately moved our business to a different PBM. 

They were also willing to embrace and integrate these types of hemophilia-specific 

performance guarantees into our new contract. 

• Whether you have anyone with hemophilia or not (it may be a ticking time bomb), be 

proactive and get some of this language that will help ensure that your PBM partners are 

taking prudent actions to avoid some of the waste that is inherent in the system. 

• Over time we were able to demonstrate improved outcomes for our patients as well as for 

our spend. This is a high-cost clinical category and anything we can do to better manage 

it is a step in the right direction. 
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Comments from Kollet 

• Assay management is specifically about clotting factor, which is dosed very differently 

than a traditional prescription (it’s a biologic). 

• When the prescription is written, the prescriber will write number of units per kilogram of 

weight and that’s where you get a target dose. 

• When the dispensing pharmacy looks at what product they have available, they get as 

close to the target dose as they can. There isn’t a vial for every single number.  

• Based on guidelines, they can go 10% over or 10% under the target dose; tightening up 

this assay management range has the potential for significant cost savings. 

• When the guidelines were written, there was a lot less availability and a lot fewer vial 

sizes available; today it is much easier to get close to target without going over and this 

can have a significant impact on spend. 

 

Can you identify the aha moment that prompted you to take action with your hemophilia spend? 

• When you think about the addressable market afflicted with hemophilia, this clinical 

category is relatively small. 

• For years, this has been a very high-cost category; it’s typical to see members that run 

north of $1 million a year in the medical and PBM channels. 

• What catalyzed us to take a deeper dive was we hadn’t questioned what was going on in 

the medical channel and the PBM channel to assure that they were taking all appropriate 

steps to effectively manage medications, treatment. 

• As I talked with my counterparts in the same position with a fortune-30 employer, there 

was very little awareness about all the opportunities in this area; they trusted their 

partners were doing the right thing (not always the case).  

• We looked at the data and ways to optimize managing the medical channel along with 

the PBM channel around this category. How are they managing the factor? How are they 

procuring it? How are they assuring that we’re avoiding unnecessary waste? There’s 

always room for improvement. 

• Bringing forth these performance guarantees, gaining that foundational understanding 

and over time measuring outcomes was very impactful for us. 

• As we look ahead, we need to be mindful of the potential around high-cost cell gene 

therapy treatments that are positioned for the hemophilia category. 

• How can we steer members towards best-in-class facilities and providers like Hemophilia 

Treatment Centers? 

• There’s a lot more we can do collectively to raise the bar and better manage this for the 

good of our people. 
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Can you share additional details on these performance guarantees? 

• I suggest that within the PBM contract you focus on three things:  

o Think about two service features that could be new to your contract (e.g. assay 

management and emergency room reduction). 

o From there think through what guarantees make sense for you as the ultimate payer – 

as the employer – that will provide good clinical rigor and clarity around where the 

PBM is going to bear financial risk to ensure they’re efficiently and effectively 

managing assay matching as well as delivering results related to avoidable ER visits. 

• In the guarantees, you can deploy some percentage guarantees around assay matching 

as well as having zero avoidable ER visits. 

• The secret sauce is the penalty – how do we ensure we have some teeth in these 

performance guarantees where the PBM is being held accountable?  

• If they fail or have suboptimal results, they’re going to have to cut a check for their 

shortcomings. 

• We tried to establish meaningful dollar amounts that would put more visibility and focus 

on the PBM for our people with hemophilia. 

• With our former PBM, we had a pretty decent track record of efficient and effective 

management for this category.  

• It’s still premature to expect outcomes with our new PBM; we usually need about 12 

months to really understand how trends are playing out clinically. 

• The other piece that often goes unchecked on the employer side is, how are we also 

managing the medical channel? 

• There is a world of good you can also do with the health plan carrier to drive impact. 

Have the dialogue around this category and understand what’s going on as far as claims 

and billing (what exposure do you have). 

• There are opportunities to deploy performance guarantees relative to this, like we have 

done in other areas. 

• We have cultivated some really good approaches you can take off the shelf in the form of 

a toolkit (based on collaboration with Cheryl, Kollet and others). 
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 What is the one thing the average employer can do about this to reduce clotting factor waste? 

• First understand what is going on when you look at the financial flow and the 

inefficiencies that exist in the supply chain. 

• There is some significant profit margin that can be made by those PBMs or the players 

involved in the flow of the product to the patient (over-prescribing, under-prescribing, 

going beyond a certain percentage of variance). 

• You really need to drive accountability like you normally would with your entire benefit 

vendor supply chain. 

• In this particular clinical category, there is a lot of good you can do by first getting a 

baseline understanding of what’s really going on. 

• If you do have members with hemophilia, as you put the microscope on how that’s being 

managed (or not) you can take action to deploy some of these performance guarantees. 

• These are pretty typical guarantees we would demand of all our vendors. So why would 

we not with this category? 

• Look at the data, collaborate with some of your vendor partners and from there, dial in 

on side-by-side comparisons – if we’re at “x” today, what would be reasonable and 

realistic to achieve “y” tomorrow and in that future state? 

• Where can we raise the bar and command better outcomes – at the end of the day, we’re 

trying to improve the quality of life for our people and hopefully extend the quantity of 

life.  

• It’s on us as employers to take action and do something about this. 

 

Employer 

• We had the unfortunate opportunity to learn about hemophilia as a plan way before the 

toolkit was even being thought of. 

• We are in the mid-market space and one family joined our plan in 2008 – two brothers 

had hemophilia and the mother was a carrier. 

• At that time we were about a $15 million plan and over $1 million/year was being 

incurred by this one family. This was our aha moment – when one individual is driving 

such a significant portion of the claims spend, it makes you sit up in our chair, dig in and 

get more information. 

• The individual had moved from another area of the country and had a membership with a 

PBM in another state that they wanted to keep. 

• We later found out that there were some other reasons contributing to the individual 

wanting to keep that relationship. 
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• She was receiving about 50,000 units/month just standard – when he (her son) wasn’t in 

crisis. When there is a difference in pricing for factor between $1/unit and $4/unit it’s a 

significant additional spend that isn’t necessary or adding value to the individual’s quality 

of life or the plan costs. 

• The parents were concerned about quality of life and the father’s ability to be productive 

at work when his son was not compliant or having a crisis. 

• They reached out to us and we worked collaboratively with the family, the TPA, the 

Hemophilia Treatment Center (HTC) and the Blood Center of Wisconsin. 

• We did direct contracting with the Blood Center of Wisconsin and HTCs and met with the 

TPA and the family on what we could do; we had the case manager at the TPA do some 

direct contracting for us to make sure we were getting the best pricing possible. 

• That’s when I learned about assay management. It was clear there was some stockpiling 

going on; these individuals hit their deductibles in this category very quickly in the year – 

it was clear costs were being bore by the plan itself. 

• We put language into our plan (long before performance guarantees); the language in 

our SPD basically said, if you’re not using a center of excellence (recognized in this case 

as a Hemophilia Treatment Center) to treat the rare disease, you’re not going to have 

coverage. 

• The HTCs can get 340B pricing, which is reduced and appropriate for the individual. 

• When the ACA was enacted in 2010, we were one of 600 employers in the country that 

received the annual limit waiver as a result of this family. 

• So, we had some protection in our plan. But in 2013 when our coverage ended, the 

individual went into crisis and incurred over $8 million in costs within six weeks. The 

costs have just continually gone up since then. 

• When we sat down with the boys and with the TPA, we said, how can we make sure they 

live their best life and have good preventive care. 

• All of the care comes through the HTC - they help people navigate and get the best care 

and the best quality they can. 

• I had my eyes opened even more when I assisted with the toolkit development with 

Kollet and MBGH; there is a lot of great information there for individuals even in the 

smaller market space. 

• We leaned heavily into our TPA and broker at the time to help us navigate and work 

directly with the family. 

• There are a lot of things in place that could help both sides mitigate risks. 
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Comments from Kollet 

• Just to clarify, she (your member) didn’t change drugs to try and save money; it was the 

exact same drug. At the time they had an exclusive arrangement with a specialty 

pharmacy.  

• By engaging with the Hemophilia Treatment Center (HTC) and allowing the patient to 

access their clotting factor through the HTC, they got the same exact product but realized 

a savings of more than $3/unit which adds up really quickly. 

• Not every HTC will start as aggressively – it depends on where they are located and who’s 

operating them/doing the contracting. 

• Employers have leverage to say, sharpen your pencil and come in at a rate that is much 

cheaper than what we’re paying or you’re not going to be able to provide the clotting 

factor. It’s an engagement starter. 

 

What is a TPA? 

• It is a third-party administrator like UHC, Aetna, Cigna – the claims processor. 

 

Comments from Kollet 

• When you’re a self-funded employer like Boeing or Sargento, and you’re responsible for 

the cost of the claims, whoever your insurance company is that is administering the 

claims for you, that’s your third-party administrator. They’re not the ones responsible for 

the cost. 

• If your third-party administrator also owns the PBM and the specialty pharmacy, they 

could be conflicted in the recommendations they make because it’s not their risk in this 

scenario.  

• It’s important to engage with experts outside of that partnership to make sure you’re 

doing the best from a cost containment standpoint. 

 

Comments from employer 

• We’re in a smaller market and our TPA at the time was a boutique TPA; we had a long-

standing relationship and I had a really strong relationship with our case manager such 

that I was talking to her almost daily. 

• Our PBM is carved out, so it’s actually separate.  
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• Another aha moment was the difference in cost of the factor between the HTC, the 

specialty pharmacy and the hospital. The hospital was going to charge us 5x the cost. We 

asked the factors to be “white bagged” so we could still get them through the HTC. 

 

Kollet Koulianos, National Hemophilia Foundation (NHF) 

 

• Employers can mitigate risk when they identify their target high-cost disease claimants. 

Even if you don’t have a hemophilia member in your network, this can apply to all chronic 

high-cost rare disease groups. 

• Identify your associated cost drivers based on total cost of care and then work with 

experts in those fields outside of the traditional partners you would turn to. 

• Engage with them and ask where there is potential opportunity for savings. 

• To address the high-cost drivers related to hemophilia spend, make sure the patient is 

under the right care, at the right time, at the right place. 

• The Hemophilia Treatment Center is the gold standard of care, recognized in the US by 

the CDC and worldwide by the World Hemophilia Federation. 

• Make sure the medication is being managed properly through assay management and 

patient adherence. 

• The Medical & Scientific Advisory Council issues recommendations around hemophilia. 

One recommendation has to do with a patient having access to their clotting factor at 

home (self-infused) and also PRN (extra doses). Should there be an emergent situation, a 

bad bleed that requires extra doses, the recommendation is a week’s worth of extra doses 

on hand.  

• The question: How is your vendor managing those extra doses? Are they having 

conversations with the employee on a monthly basis? 

• These types of guarantees can equate to tens of thousands of dollars saved. 

 

Optimal management of hemophilia is based on: 

• Early detection and diagnosis: This is a chronic, cradle-to-grave disease; the HTC provides 

a medical home model of care where the patient sees the entire care team (physician, 

nurse, nurse practitioner physical therapist, social worker, dentist) and they put together 

a proactive plan for the patient. 

• Prevention (prophylactic) and early treatment of bleeding episodes to avoid complications 

• Detection and management of inhibitors 

• Psycho-social and educational support 

• Monitoring for treatment-related comorbidities 
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• Coordination of care with other providers and payers involved in management of the 

patient 

 

Employer Case Study 

Patient is prescribed 2,500 units of clotting factor three times per week 

• Guidelines allow a specialty pharmacy to ship additional clotting factor at plus/minus 

10% 

• Maximum amount is almost always filled – in this case 250 extra units per prescription 

• The patient received an extra 750 units each week (250 x 3) 

 

The financial impact to the employer is substantial: 

• Average cost for clotting factor per unit is $1.30 

• 2,500 units x $1.30 = $3,250 x 3 vials/week x 52 weeks = $507,000 (unnecessary 

treatment cost) 

• Additional 750 units prescribed x $1.30 x 52 weeks = $50,700 (unnecessary cost and 

added waste) 

 

This employer could have potentially saved a significant amount of money if they had talked 

to an HTC that also has a pharmacy. HTCs can dispense the clotting factor (as a 340B 

program) in many cases at a much-reduced price. 

 

Reimagining Life with Hemophilia: A Patient’s Journey 

Mark Skinner, President/CEO, The Institute for Policy Advancement 

I live with severe hemophilia; what I’m going to share with you today is a little about my 

journey and where the hemophilia field is going. 

 

What is Hemophilia? 

• It is a deficiency of a particular clotting protein in the blood. It predominantly affects 

males. Women also have hemophilia and are carriers. 

• Although it’s primarily hereditary, in about 1/3 of the cases there is no known family 

history. 
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• There is a life expectancy disadvantage for individuals living with hemophilia. 

• The biggest challenge is repeated bleeding into joints that can lead to chronic synovitis, 

joint disease and chronic arthropathy. 

• Standard of care is prophylactic treatment with factor replacement or a substitution 

therapy and integrated disease management through an HTC network. 

• There is no cure yet, although we remain hopeful. 

 

The Evolution of Hemophilia Treatment 

• When I was born in 1960 there was no treatment for hemophilia and I had a long family 

history of hemophilia. 

• The nearest Hemophilia Treatment Center was four hours away (before the interstate 

highway system). Every time I had a bleed, we would have to go to Kansas City to get 

treatment (treatment was episodically “on demand”). 

• There were no local patient organizations, summer camps or support groups. 

• In 1965, a scientist discovered a way to make factor VIII protein in the lab. This was 

soon made commercially available and allowed me to manage my treatment much more 

effectively. 

 

Integrated Disease Management/Multidisciplinary Care for Hemophilia 

• Optimal care, especially for those with severe forms of hemophilia, requires treatment 

and comprehensive/integrated care provided by a multidisciplinary team of specialists. 

• HTC networks have this expertise to look after patients – this is the standard of care both 

within the US and around the world. 

 

HIV Hits the Hemophilia Community – 1980’s 

• The HIV crisis had a devastating impact on our community; nearly 100% of individuals 

with severe hemophilia (including myself) acquired HIV. 

• The US mean life expectancy took a dramatic decline. 

• We’ve seen enormous advancements since then; advances in science and the orthopedic 

interventions have allowed me to live a full productive life. 
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Patient Challenges and Unmet Need 

• While we’ve made dramatic improvements in survivability and treatment, chronic joint 

disease persists. 

• This necessitated we think about new treatment paradigms, either in terms of efficacy or 

new therapies which has led to the continued push for advances. 

• Pharma-kinetics (the half-life of the factor replacement) is typically 12 hours. You go 

through a period of high degrees of coverage where you can participate in whatever 

activity is desired, to periods of great risk. 

• This period cycles, so over the course of a week the individual needs to plan their activity 

based on their infusion schedule. 

• We have learned the amount of time an individual spends in the low areas where there is 

limited protection dramatically increases the risk of bleeding and long-term joint 

damage. 

• Every bleed matters; it only takes two or three bleeding events into a joint to cause 

irreversible and progressive damage that will last a lifetime. 

• Maintaining that level of protection early on becomes fundamentally important; the 

concept of prophylactic replacement and the need to reduce the burden and improve 

adherence to those regimes has been a big quest. 

 

Opportunity: New Approaches to Hemophilia Care Available 

• There are four broad categories of treatment: 

o Traditional factor replacement – standard half-life products which have the peaks and 

troughs of coverage 

o Extended half-life products – these were a significant improvement for many, allowing 

the stretching out of the interval 

o Substitution therapies – because they are not based on coagulation factor 

replacement, they completely eliminate the peaks and troughs and provide a steady 

state of coverage; Hemlibra is the only one on the market today 

o Gene therapy – the goal here would be to move somebody into a normal stage; we see 

that on the horizon 

 

Opportunity: Assessing What Matters to Patients 

• The treatment advances that are coming today are all producing remarkably low bleeding 

rates – but it’s not the whole story.  
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• What matters to patients are survival, functional status and quality of life. 

• The things that have been historically measured and reported in clinical trials and for 

FDA approval are things that can be counted over short periods of time in a clinical 

encounter. 

• In my lifetime, only 1% of my time is spent in a clinic; it’s the other 99% that actually 

makes me an individual and is the life that I want to live. 

• We need to think about relevant outcomes that affect me as an individual beyond a 

metric that is not capturing what’s important to me. 

 

Relevant Outcomes 

Traditional Clinical Outcomes 

• Lifespan (survival) 

• Factor levels (peaks and troughs) 

• Bleeding frequency (annualized bleed rate, target joints) 

• Function and mobility 

• Joint outcomes (structure, range of motion) 

 

Patient Relevant Outcomes 

• Educational pursuit 

• Work/career opportunities 

• Family/social life engagement 

• Activity/sports goals 

• Decreased disease burden 

 

Do we really understand what impact the evolution of treatment is having on these features 

life – not just simply how many times I have bled and how many joints have had surgery? 

 

Measure Patient Relevant Outcomes  

• I lead a global study where we’ve been looking at and measuring patient relevant 

outcomes that are inclusive of the whole hemophilia patient experience. 

• We developed a validated instrument to track the outcomes of importance including life, 

family, education/school, employment and activities. 
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• We look at those in relation to some of the complications associated with hemophilia 

including joint disease, pain, depression, anxiety, HIV/Hep C, obesity – many of the things 

that are on the front burner in terms of public health policy but that also can be 

exacerbated by living with hemophilia. 

 

Quality of Life 

Health Status  

• Looked at individuals in the general population and not affected by a bleeding disorder 

and those who have severe and moderate hemophilia A treated on a prophylactic regime. 

• We found about a .05 decrement, which is statistically significant in terms of impact on 

overall quality of life.  

• The biggest reasons for the decrement are the anxiety and depression that come with 

managing a chronic disease, and the limitations on self-care and mobility that come from 

chronic arthropathy.  

 

Relationships 

• Hemophilia impacts the ability to be present and participate in dating and/or family life 

and has a negative impact on a lot of individuals. 

• Just the spontaneous nature of bleeding events can greatly affect forming close 

relationships; more than half the individuals that live with hemophilia reported it has a 

negative impact on their sex lives. 

 

Pain 

• Pain has historically been underreported and underrecognized; the same study that 

identified relationship challenges also identified 90% of individuals report that pain 

interferes with daily life. 

• This is not only the acute pain that comes with bleeding events; about half report 

constant chronic pain from joint disease. 

 

Employment 

• From looking at the data and surveying individuals, there is a decrement in terms of 

working life and productivity. 
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• About 48% of individuals with hemophilia have reported they have retired early for 

health-related reasons (only 4% of the general population reports this). 

• Decades of progressive joint damage and deterioration limit the ability to continue to 

work later in life. 

• One-third of individuals with hemophilia are working part-time versus full-time due to 

health (versus just 4% part-time workers without bleeding disorders). 

• It’s important for employers to understand there is an overall impact, even if an 

individual is on prophylaxis; optimally managing that is going to allow you to have 

employees who are more productive and you will be able to retain them for a longer 

period of time. 

 

Challenges of Current Treatment: Caregiver Burden 

• It’s not just employees; some of you may have family members with hemophilia. The 

burden on the caregiver is enormous. 

• The impact of a child’s pain takes a toll on a family. 

• The financial burden where one spouse might have to stay home and take care of the 

child (not having a two-income family) could set back their economic prosperity and all 

the things that might come with a little disposable income. 

• Emotional stress is cumulative; managing the employee who has hemophilia in their 

family becomes as important as taking care of the affected individual directly. 

 

Challenges of Current Treatment: Burden of Treatment 

• This burden typically begins with parents doing infusions for their children. In their early 

teens, individuals learn to self-infuse.  

• The newest route of administration is subcutaneous therapy that has come with 

substitution therapies like Hemlibra. This has taken away the burden of having to stick 

yourself with a needle multiple times/week and the fears and challenges that come with 

that. 

• The most frequent reason patients have stated for why they selected subcutaneous 

therapy is the reduced frequency and ease of administration. 

• Having a full range of therapy options available can become significant as it relates to 

reducing the burden. 
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Challenges of Current Treatment: Adherence 

• Rate of adherence with traditional clotting factor replacement is around 50%. This is 

mainly because it is an arduous schedule to maintain.  

• Other factors that can be barriers to adherence include frequency of bleeds, age and 

health beliefs, access to HTCs and health insurance, and socio-economic factors 

(language, culture, health literacy and balancing priorities). 

• In another study, one of the dominant features was satisfaction and alignment. 

• Making sure the patient and the health care professional prescribing the regimen are 

aligned and can coordinate on how the treatment will help the patient achieve their 

goals. 

• Making sure the full spectrum is available and that families have this conversation – with 

the patient in the center – is important. 

• It may not be what an employer or a plan wants to hear because it’s not as predictable 

as saying there is one solution for everyone. But we’re in an era of personalized 

treatment and keeping the patient in the center is critical. 

 

Challenges of Current Treatment: Frequency of Infusion 

• Treatment burden remains high but is improving with newer therapeutic options. 

• The extended life products could reduce the number of infusions necessary; may be able 

to treat every second or third day. 

• There are treatment regimens for hemophilia B and the newer non-factor substitution 

therapies that allow an individual to treat once/week, bi-weekly or once/month.  

• Perhaps one days soon, only one infusion will be needed over a lifetime. 

 

Challenges of Current Treatment: Aging – A Challenge Across the Lifespan 

• Hemophilia affects the full life span. Adherence is important across the lifespan but gets 

more challenging as you age. 

• Veins get more fragile, skin gets thinner and if you’ve got arthritic joints, you may have 

less dexterity. 

• Maintaining a treatment regimen as you get older can be more difficult, especially if you 

lose a caregiver. 

• We have to make sure we fully understand employees across the lifespan; there may be 

reasons someone’s treatment regimen needs to increase or change later in life. 
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Seek Patient Input: Values and Preferences 

Seeking a patient’s input and assessing their preferences has led to increased patient 

satisfaction and treatment adherence. 

Five Essential Steps of Shared Decision Making 

1. Seek your patient’s participation 

2. Help your patient explore and compare treatment options 

3. Assess your patient’s values and preferences 

4. Reach a decision with your patient 

5. Evaluate your patient’s decision 

 

• If we can align satisfaction with treatment, we can get there through this conversation 

and this personalized process of understanding goals and aspirations. 

• Through the hemophilia network, we’re trying to make sure we’re treating the right 

patient, at the right time, with the right product – and we get away from generic rules. 

 

Achieving Health Equity for People with Hemophilia 

• Advances in hemophilia therapies bring new opportunities to attain a lifestyle undeterred 

by disease complications. 

• Achieving health equity requires aligning aspirations of patients and health care 

providers. 

• We need to make sure each individual patient gets the therapy that is appropriate to 

them and they get the support they need to reach their goals. 

• This is done through a patient/provider conversation and having a plan that allows them 

to have the flexibility to tailor treatment. 

 

Final Quote from William Wallace: 

“Every man dies, not every man really lives.” 

The opportunity that we have with these advanced therapies is that I can live life, not just 

simply be alive. 
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Strategies and Tools for Employers Today 

Dawn Weddle, Director of Member Engagement, MBGH 

We put together some new resources and tools in collaboration with the National Hemophilia 

Foundation and our colleagues at Genentech and working with employer advisors. These are 

all available at no cost. 

Hemophilia Toolkit 

• This online resource is available on the MBGH website. It offers resources to help you 

evaluate your plan design to see if you are directing your members to the best quality 

care. Are you removing obstacles to getting the right care? Are you getting transparency 

from your vendors and are you making your vendors accountable? 

• Within this tool there is a list of employer action steps based on MASAC guidelines and 

ICER recommendations encouraging you to look at your utilization management 

programs like step therapy and performance guarantees. 

• We also have sections in the toolkit that show you where you can fine-tune your plan 

design so you are directing employees to the best sites of care and using innovative 

approaches when it comes to managing hemophilia. 

• Kollet from the National Hemophilia Foundation has offered to help employers work 

through this process and through the action steps to help you pull the right data, make 

sure you’re getting the right reports from your vendors, and she has even offered to do a 

retrospective claims analysis with you. 

 

Employer Action Brief 

• This resource is a condensed version of the online toolkit, helpful if you’re looking for a 

high-level overview. 

• The action brief contains an overview of the economics of hemophilia and important cost 

drivers impacting employers. 

• It outlines specific actions you can take around data collection, plan design and vendor 

management and includes discussion topics you can have with your vendor partners. 

 

What Employers Can Do 

• Ensure treatment coverage is at a level adequate to provide bleed protection. 

• If UM programs such as prior authorization or step therapy are in place, ask your 

vendors what clinical criteria is used: 

https://www.mbgh.org/resources/employertoolkits/hemophilia-toolkit
https://higherlogicdownload.s3.amazonaws.com/MBGH/ef998dc2-0de9-4904-b6d7-a36b4c0cef4b/UploadedImages/Action_Briefs/Hemophilia_Action_Brief_FINAL.pdf
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o Ensure these programs don’t cause delays in patient care or unintended medical 

consequences or costs. 

o Use ICER reports recommendations (in the toolkit) for comparative clinical and 

economic evaluation of treatments. 

• Consider requiring treatment management is done by or in consultation with an HTC to 

better manage costs and for best patient outcomes. 

• Explore innovative approaches to covering single use therapies such as gene therapies. 

 


