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On June 19, 2020 the Centers for Medicare & Medicaid 

Services (CMS) issued a proposed rule regarding Medicaid 

Drug Rebate Program (MDRP) regulations, with the aim of 

lowering drug prices, increasing patient access, and 

encouraging innovation in the insurance and pharmaceutical 

industries.1 This proposal is consistent with the Trump 

Administration’s Blueprint to Lower Drug Prices 

(Blueprint) released in May 2018, in which the 

administration highlighted its goal to “avoid excessive 

pricing by relying more on value-based pricing by 

expanding outcome-based payments in Medicare and 

Medicaid” and to “speed access to and lower the cost of new 

drugs by clarifying policies for sharing information between 

insurers and drug makers.”2 The proposed rule seeks to 

accomplish the Blueprint’s goals by reducing regulatory 

barriers that have previously prevented commercial plans 

and states from entering into value-based purchasing (VBP) 

arrangements with drug manufacturers.3 

Over the past decade, there have been significant strides in 

the development of curative therapies.4 In 2017, the U.S. 

Food & Drug Administration (FDA) approved its first gene 

therapy5 – since then, three additional gene therapies have 

been approved.6 This exponential growth in the approval of 

curative therapies has highlighted the need for innovation in 

drug payment models, putting increasing pressure on CMS 

to remove the regulatory barriers that allow for such 

innovation.7 The Administrator of CMS, Seema Verma, 

cited this urgency for new drug payment models to keep 

pace with the pharmaceutical industry’s innovation in 

curative therapies in announcing the proposed rule.8 With its 

publication of the proposed rule, CMS highlighted the 

potential of the adoption of VBP arrangements by state 

Medicaid programs and commercial payors in increasing 

patient access to innovative treatments, lowering healthcare 

spending, and encouraging innovation in the pharmaceutical 

industry.9   

The proposed rule seeks to increase patient access to 

innovative drugs by allowing for payors to facilitate VBP 

arrangements.10 Despite the rapid emergence of curative 

therapies, patient accessibility to these treatments remains 

largely restricted.11 Due to the high price tag and the novelty 

of curative therapies, many patients are finding it difficult to 

obtain coverage from their insurance provider for curative 

therapies.12 Under traditional payment models, there is 

significant financial risk for insurers to provide coverage for 

curative treatments such as gene therapy.13 For example, 

Luxturna, a one-time gene therapy treatment, approved by 

the FDA in 2017 to treat a rare form of inherited vision loss, 

has a list price of $850,000.14 Given the high cost of 

treatment, under traditional payment models, many 

insurance companies would wait to cover the treatment until 

the drug had demonstrated efficacy.15 However, for a drug 

designed to treat rare diseases, treating enough patients to 

reach the insurance provider’s threshold of demonstrated 

efficacy could take several years, preventing patients from 

receiving that treatment in the interim.16 However, under a 

VBP arrangement, payors and drug manufacturers could 

agree to drug rebates based on patient outcomes.17 The 

Luxturna manufacturer has pursued a VBP arrangement 

with select payors to offer a rebate based on the efficacy of 

the drug at 30 days, 90 days, and 30 months.18 Outcome-

based VBP arrangements such as this can mitigate some of 

the risk that is preventing payors from covering these 

curative treatments. Subsequently, with the risk of coverage 

minimized under a VBP arrangement, payors could expand 

coverage for curative treatments, increasing patient access 

to the novel therapies.19  

Moreover, the expansion of patient access to curative 

treatments has the potential to decrease healthcare spending 

as a whole.20 Treating the symptoms and complications of 

the conditions most frequently addressed with curative 

therapies over the course of a patient’s lifetime is costly.21 

However, if treated by emerging curative therapies, lifetime 

costs for these conditions may be significantly reduced.22 

For example, the lifetime costs of hemophilia A, a condition 

with a curative treatment that is currently under FDA 

priority review, can exceed $25 million per person.23 

However, a new, one-time gene therapy designed to treat 

hemophilia A is projected to cost $2 to $3 million for a 

single treatment.24 If approved, this treatment could reduce 

lifetime healthcare expenditures by more than $20 million 

per patient.25 However, the reduction in healthcare 

expenditures can only be realized if there is substantial 

improvement in patient access to these curative treatments, 

highlighting the need for flexibility to implement VBP 

arrangements for such drugs.26 

Finally, the proposed rule aims to encourage further 

innovation in the pharmaceutical industry. Drug 

manufacturers invest significant resources in the 

development of new drugs with the intention that they will 

receive a profit generated from drug reimbursement. Under 

a VBP arrangement, drug manufacturers must be confident 

in the efficacy of their drug to ensure that they will not lose 

money in rebates to payors for ineffective drugs.27 This 

demand for quality may serve to encourage increased 
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competition and further innovation in the pharmaceutical 

industry.28  

Despite the promising implications of VBP arrangements, 

regulatory roadblocks have prevented these benefits from 

being realized.29 For the past 30 years, MDRP regulations 

have largely impeded the implementation of VBP 

arrangements.30 Under the MDRP, to be covered under 

Medicaid, drug manufacturers must enter into a rebate 

agreement with CMS, affirming that they will rebate a 

portion of what state Medicaid programs pay for the drug 

back to the states.31 The size of the rebate is determined by 

what is commonly known as the “best price” rule.32 Under 

this requirement, the rebate required to be paid to the states 

is either: (1) a certain percentage (23.1%, 17.1%, or 13%, 

depending on the type of drug) of the drug’s average 

manufacturer price (AMP); or, (2) the manufacturer’s “best 

price,”33 i.e., the lowest price after rebates and discounts that 

a drug manufacturer offers to any other party (e.g., retailer, 

provider, wholesaler) in the U.S.34 The “best price” rule is 

largely attributed to the lack of VBP arrangements currently 

in effect.35  

Under the current MDRP requirements, manufacturers are 

required to rebate states so that the net price of the drug paid 

by state Medicaid programs is no greater than that 

manufacturer’s “best price.”36 For example, a drug 

manufacturer could enter into a VBP arrangement with a 

commercial payor wherein the manufacturer receives 

reimbursement only if the drug is effective in treating a 

patient.37 If, in a single beneficiary of the commercial payor, 

the drug is not effective, the lowest net price for a single unit 

of that drug paid by the commercial payor would be $0.38 

Subsequently, under the MDRP’s current definition of “best 

price,” the best price of that drug is $0.39 This means that the 

manufacturer would be required to rebate the entire price of 

the drug to states regardless of overall patient outcomes.40 

This possibility has prevented manufacturers from entering 

into VBP arrangements.41 Additionally, many payors are 

interested in entering into VBP arrangements with 

manufacturers that consist of rebates contingent on patient 

outcomes over an extended period to evaluate the 

performance of a drug over a patient’s lifetime.42 This is to 

mitigate the financial burden taken on by the payor if, for 

example, after 10 years, disabling side effects present or the 

effectiveness of the drug diminishes over time.43 However, 

because of the “best price” rule, manufacturers cannot offer 

rebates contingent on a drug’s performance more than 3 

years after the drug is administered to a patient since that 

would reduce the price of the drug beyond the 12-quarter 

MDRP reporting period.44 The lack of flexibility to evaluate 

patient outcomes from a drug over a longer period of time 

has diminished the appeal of VBP arrangements.45 

To address the limitations of current MDRP requirements, 

the proposed rule redefines the “best price” reporting 

requirements for manufacturers.46 Instead of reporting using 

the current method of reporting the lowest price of a single 

unit offered in the U.S., manufacturers can report the best 

price of “bundled sales.”47 This would allow manufacturers 

to report the lowest average net price of a drug.48 For each 

VBP arrangement entered into by the manufacturer, the 

manufacturer would calculate the average net price of all the 

units sold under that arrangement and report the lowest 

average net price as the “best price.”49 For example, a 

manufacturer could enter into an agreement requiring the 

sale of 500 units at $1,000 per unit, with a rebate of 75% if 

the patient has a negative outcome.50 Since all of the units 

sold in the agreement were subject to the same performance 

terms, a manufacturer could treat this agreement as a 

bundled sale.51 If 10 patients have a negative outcome, the 

manufacturer would then calculate the average net price as 

follows:  

500 units x $1,000 = $500,000 – [10 patients with a 

negative outcome x  

($1,000 x 75%)] = $492,500 ÷ 500 = $98552 

If $985 was the lowest average net price of all of the 

agreements entered into by the manufacturer for that drug, 

then the manufacturer would report $985 as the best price.53 

Alternatively, the proposed rule allows for manufacturers to 

report “best price points” to enable VBP arrangements that 

have multiple price points for a drug depending on the 

patient outcome realized.54 Under this structure, 

manufacturers would report a set of best prices based on the 

various outcome- or evidence-based measures offered by the 

manufacturer through its various VBP arrangements.55 The 

manufacturer would supplement these “best price points” 

with a single “best price.”56 This would allow for state 

Medicaid programs to participate in VBP arrangements with 

drug manufacturers while still ensuring the best price is 

being awarded to Medicaid and keeping the integrity of the 

MDRP intact.57 Additionally, to address the restriction of the 

three-year evaluation period caused by the MDRP 12-

quarter reporting period, the proposed rule allows for 

manufacturers to make changes to the reported AMP or best 

price outside of the 12-quarter reporting period, to allow for 

VBP arrangements that consider outcomes beyond a three-

year period.58  

Thus far, there has been support for VBP arrangements from 

industry stakeholders.59 Over the past few years, 

commercial payors and drug manufacturers alike have been 

calling for changes in regulation that would allow for the 

facilitation of VBP arrangements.60 Some stakeholders, such 

as Harvard Pilgrim Health Plan and pharmaceutical 

companies Spark Therapeutics and Repatha, have already 

begun small-scale VBP arrangements.61 However, many 

industry players remain skeptical over the value of VBP 

arrangements.62 Critics emphasize the complexity of 

developing VBP arrangements and cite concerns that VBPs 

may encourage pharmaceutical companies to set higher drug 

prices.63 In announcing the proposed rule, Verma stated that 

the proposed rule “doesn’t necessarily guarantee low prices, 

but what it does do is it provides a tool in the toolbox for 

plans to negotiate with manufacturers.”64 The proposed rule 

is open for public comment until July 20, 2020.65 
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