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On August 23, Dutch gene therapy developer uniQure announced it had dosed

the first patient in a phase 2 trial of a gene therapy to treat hemophilia B, helping

push shares of the company up 10% over the following week to $42.21. The

company is one of many biotechs pursuing “one-and-done” cures for genetic

diseases—single-dose therapies designed to erase painful, costly and sometimes

life-threatening diseases from patients’ DNA.

The science of gene therapy continues to advance at a rapid pace, with companies

launching gene therapy research to treat everything from the nervous system

Health insurers are weighing different options for shouldering the expected high costs of new gene therapies.
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disorder Batten disease (announced this week by Regenexbio) to overactive

bladder (revealed Wednesday in Urovant Science’s announcement of a new

licensing deal).

But as investor excitement over these advances rises, so do worries from health

insurers and pharmacy benefits managers (PBMs) over the high costs associated

with gene therapy. In an online survey of managed care organizations published

in Health Affairs earlier this summer, four out of five national companies and

nine of 16 regional payers rated their level of concern about the financial risks of

gene therapy as five on a scale of one to five, meaning “very high.”

That’s why gene therapy developers and payers are starting to embrace the idea of

alternative payment models, says Genia Long, co-author and senior advisor at the

Analysis Group, a consulting company that conducted the survey in partnership

with the National Pharmaceutical Council, a health policy research group that’s

funded by the pharma industry.

“There’s mutual interest in finding out-of-the-box solutions,” Long says.

The large PBM Express Scripts has been ahead of the curve in looking for

innovative ways to deal with an expected influx of new gene therapies. The

company confirmed to Reuters earlier this month that it was in talks with three

gene therapy developers—Biomarin, Spark Therapeutics and Bluebird Bio—to

exclusively distribute their hemophilia treatments through its specialty pharma

business, which is independent from its benefits unit. Express Scripts Chief

Medical Officer Steve Miller explained the arrangement would help ensure the

treatments succeed in the market.

MORE FROM FORBES

Miller has been outspoken about the need for payers to push for payment

scenarios that don’t require the entire cost of treatment to be reimbursed up-

front. And some gene therapy manufacturers have been eager to offer other ideas.

For example, when Novartis won approval for its $475,000 CAR-T cancer

treatment, Kymriah, last year, the company said it was collaborating with the

Centers for Medicare and Medicaid Services (CMS) on a strategy based around
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the therapy only being reimbursed for patients who respond by the end of the

first month. In January of this year, Spark won FDA approval for its $850,000

gene therapy to treat a rare form of inherited blindness, Luxturna, and it

simultaneously announced it would offer rebates to payers that would fluctuate

based on effectiveness at 30 days, 90 days and 30 months.

In its survey, the Analysis Group and National Pharmaceutical Council asked

about two different types of alternative payment models that have been proposed

—and got two vastly different answers. One idea would be to stagger the

payments over time, rather than require the full payment up-front. Payers were

nervous about such “drug mortgage” plans, with most saying they might consider

spreading payments over one or two years but would balk at anything spanning

three years or more.

The smaller the health plan, the less open benefits providers were to staggered

payments. “For smaller regional plans, the actuarial risk associated with having

even one or two gene therapy patients is more disruptive for them,” Long

explains. “Accepting a series of payments over time becomes a financing

challenge.” And what would happen to any yet-to-be-paid installments if the

patient changes jobs and gets a new insurance plan? That’s not clear, and it

represents another worry, Long says.

Payers were more supportive of the Novartis-style plan of tying patient outcomes

to payments. In fact, 95% of respondents said they would be unwilling to pay for

patients who stop responding to gene therapies. Nearly all respondents also said

that if they were to agree to smooth the payments out over time, each installment

would need to be tied to a performance metric that’s either financial or clinical or

both.

Issues surrounding reimbursement for gene therapies may take a while to work

out, Long says, but finding the right payment models will be essential to guiding

the development of new health technologies going forward. “Historically the

healthcare system has been oriented around paying for more—more

prescriptions, more doctor visits, more procedures,” she says. “It will be critical to

figure out how to pay more for good health. The stakes are high. How we pay for

gene therapy will be a measure of how prepared we are to deal with the next

generation of innovative treatments.”
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I am a science journalist and author who specializes in covering healthcare,

pharmaceuticals and biotechnology. I am the author of Heal: The Vital Role of

Dogs in the Search for Cancer Cures (ECW Press 2015) and Selling the Fountain
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