
 
    
 
 
July 20, 2020 
 
 
VIA ELECTRONIC DELIVERY 
 
The Honorable Seema Verma  
Administrator  
Centers for Medicare & Medicaid Services  
Department of Health and Human Services  
Attention: CMS–2482–P 
P.O. Box 8016  
Baltimore, MD 21244–8010 
 
 

RE:  Establishing Minimum Standards in Medicaid State Drug Utilization Review and 
Supporting Value-Based Purchasing for Drugs Covered in Medicaid, Revising Medicaid 
Drug Rebate and Third Party Liability Requirements [CMS-2482-P] 
 

Dear Administrator Verma, 
 
The Institute for Gene Therapies (IGT or “the Institute”) appreciates the opportunity to submit these comments 
to the Centers for Medicare and Medicaid Services (CMS or “the Agency”) on the “Establishing Minimum 
Standards in Medicaid State Drug Utilization Review (DUR) and Supporting Value-Based Purchasing (VBP) for 
Drugs Covered in Medicaid, Revising Medicaid Drug Rebate and Third Party Liability (TPL) Requirements” 
proposed rule (“Proposed Rule”).1 IGT commends CMS for taking action through the Proposed Rule to 
ameliorate price reporting barriers to VBP arrangements. This Proposed Rule marks a pivotal moment in the 
transformation of price reporting methodologies intending to bolster a future for VBP growth. The proposed 
interpretation of the definition of Medicaid Best Price importantly aims to provide a voluntary pathway for gene 
therapy companies to offer and payers and patients to benefit from VBP arrangements that link the payment of 
a gene therapy to patient outcomes.  
 
These comments focus on CMS’ proposals pertaining to the definitions for VBP arrangements and Best Price, 
reporting of multiple Best Prices, the bundled sale authority, and the “12-quarter rule.”  Additionally, IGT 
highlights certain issues not currently contemplated in the Proposed Rule and critical considerations that could 
present operational barriers to the adoption and implementation of VBP arrangements if not properly 
addressed. As CMS works to finalize these provisions, IGT urges CMS to consider these issues to ensure the 
proposed approach presents a viable price reporting structure with flexibility to support a range of payment 
models of interest to developers and different payer types, and that can appropriately account for a given 
therapeutic context.  
 
 

 
1 85 Fed. Reg. 37,286 (June 19, 2020). 
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About the Institute for Gene Therapies (IGT) 
 
IGT was launched in February of 2020, with a focus on advocating for a modernized regulatory and 
reimbursement framework that encourages the development of transformative gene therapies and promotes 
patient access. Through a Corporate Advisory Council, Patient Advocacy Advisory Council, and Scientific, 
Academic & Medical Council, the Institute represents a wide array of patient advocacy groups, gene therapy 
manufacturers, and scientific, medical, and academic stakeholders seeking to advance the promise of gene 
therapies. IGT aims to inform the conversation regarding the value of transformative therapies and advocate for 
policies and practices to ensure patient access to these treatments. A full list of our members is available at 
https://www.gene-therapies.org/advisory-councils.  
 

I. Introductory Comments on Changes to Address Medicaid Access to Drugs Using VBP Arrangements  
 
IGT commends CMS for its support of VBP and taking action through the Proposed Rule to revise the Medicaid 
Drug Rebate Program (MDRP) regulations to clarify Best Price for VBP purposes. As CMS emphasizes in the 
Proposed Rule, VBPs offer commercial payers and states tools for managing and predicting drug spending and 
provide an opportunity for states to utilize the terms of commercially-available VBPs to tie payment to their 
specific beneficiary outcomes.2 Gene therapy stakeholders have been at the forefront of conceptualizing 
innovative outcomes- and performance-based payment models that could be implemented but for government 
price reporting restrictions. IGT views the ability to offer these various arrangements as essential to 
transforming the payer landscape to one focused on value and patient outcomes.3 These innovative 
arrangements are needed to ensure patients living with unrelenting and devastating conditions benefit from the 
life-altering and life-saving potential of gene therapies.  
 
As CMS acknowledges in the preamble, however, efforts to pursue VBPs have been hindered due to the 
potential impacts of VBP outcomes on a gene therapy’s Best Price. CMS explains that Section 1927(c)(1)(C) of 
the Social Security Act (SSA) defines Best Price, in pertinent part, as the “lowest price available” for a single 
source drug or innovator multiple source drug of a manufacturer during the rebate period to any “wholesaler, 
retailer, provider, health maintenance organization, non-profit entity, or governmental entity within the United 
States,” with certain specified exceptions.4 Over the history of the MDRP, Medicaid Best Price has served as an 
essential metric for ensuring that the government receives the benefit of the lowest price negotiated between a 
manufacturer and any other buyer. A critical concern in advancing VBPs is the risk that, without additional 
guidance from CMS, a negative outcome under a VBP could result in resetting the Best Price for a gene therapy 
to a substantially lower amount or even to zero for all Medicaid utilization regardless of observed patient 
impact. This Proposed Rule sets forth a clarification that will preserve the foundational construct of Medicaid 
Best Price for VBPs with state Medicaid programs, while also facilitating their use with other payers.  
 
IGT applauds CMS for recognizing the substantial barrier that this risk has posed and working to consider a 
mechanism for addressing these concerns through the regulatory process. Modernizing the price reporting 
structure is necessary and critical for VBP advancement for gene therapies and realizing that opportunity to 
address VBP barriers through rulemaking has been a leading priority of IGT members. The Institute supports 

 
2 Id. at 37,288. 
3 See, e.g., MIT CBS/MIT NEWDIGS FoCUS Project, Payer Perspectives on Financing and Reimbursement of One-time High-
cost Durable Treatments (Oct. 11, 2019), at: http://newdigs.mit.edu/sites/default/files/MIT%20FoCUS%20Payer%20 
Perspectives%202019F210v044.pdf (documenting findings of the importance to payers of performance-based payment 
models to tie payment to outcomes).  
4 85 Fed. Reg. at 37,291.  

https://www.gene-therapies.org/advisory-councils
http://newdigs.mit.edu/sites/default/files/MIT%20FoCUS%20Payer%20%20Perspectives%202019F210v044.pdf
http://newdigs.mit.edu/sites/default/files/MIT%20FoCUS%20Payer%20%20Perspectives%202019F210v044.pdf
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CMS’ conceptual approach toward this end but asks that CMS provide additional technical detail to facilitate 
uniformity in implementation and, as explained in greater detail below, requests that CMS provide further 
consideration of other factors and operational complexities to ensure it can be successfully implemented. IGT 
also emphasizes the importance of providing clear parameters in the Final Rule to facilitate payment-over-time 
arrangements. 
 

II. Definition of VBP Arrangement  
 
IGT encourages CMS to finalize its proposed definition of VBP as an “arrangement or agreement intended to 
align pricing and/or payments to an observed or expected therapeutic or clinical value in a population (that is, 
outcomes relative to costs) and includes but is not limited to: (1) Evidence-based measures, which substantially 
link the cost of a drug product to existing evidence of effectiveness and potential value for specific uses of that 
product; [or] (2) Outcomes-based measures, which substantially link payment for the drug to that of the drug’s 
actual performance in a patient or a population, or a reduction in other medical expenses.”5  
 
This definition reflects the parameters that are common to VBP arrangements, which will enable advancement 
of VBPs that are voluntary and unique to both the therapy and disease state at issue and the negotiations of the 
manufacturer and payer involved. This definition will also assist with advancing VBPs across state Medicaid 
programs and commercial payers. It is broad enough to allow for incorporation of patient experience data, value 
metrics, and patient report outcomes data, as appropriate, depending on the therapy. The Institute’s support 
for this definition is specifically in relation to the proposed multiple Best Prices authority and does not extend to 
any potential use in the bundled sale context, as described in a subsequent section of these comments.  
 
IGT requests affirmation from CMS that this proposal permits states and manufacturers to negotiate VBPs with 
the state Medicaid program’s approval and in compliance with this definition, without requiring further levels of 
approval or submission of a State Plan Amendment. IGT also seeks CMS’ confirmation that this would permit 
states to choose to proceed with these arrangements through a Supplemental Rebate Agreement but would not 
require use of such a pre-approved template. This authority is critically important for enabling execution of VBP 
models without administrative burdens on states and CMS and lengthy approval timelines.  
 
Importantly, the lack of a VBP arrangement in general or with a particular payer or state should not absolve a 
payer to cover a gene therapy immediately upon Food and Drug Administration (FDA) approval based on 
medical necessity as determined by the prescribing physician and, for Medicaid, MDRP coverage requirements, 
particularly for novel therapies that address serious or life-threatening diseases with limited or no treatment 
options. VBP arrangements are a tool in a payer’s toolbox to manage risk and control costs but should not be 
treated as a mechanism for restricting access to care or non-covering therapies for patients with complex 
genetic diseases. Out of an abundance of caution for patient access, IGT encourages CMS to reiterate in the Final 
Rule that none of the provisions are intended to make VBPs mandatory for coverage purposes. 
 

• Feedback on Other Measures and Rationale for Suggested Measures 
 
Although CMS seeks input on other measures and rationale for suggested measures, IGT encourages finalization 
of the broad categories of measures set forth in the proposed definition, so long as CMS maintains flexibility for 
payers and manufacturers to specify more detailed measures that fall within these categories, such as medical 
and non-medical spending metrics. 
 

 
5 Id. at 37,319.  
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The Institute views it as critically important for the finalized definition to retain the wording “includes but is not 
limited to” prior to specifying any examples of measures to ensure that these measures are illustrative but not 
all-encompassing. IGT recommends that CMS include in the final regulatory definition an “or” between the two 
examples of measures to ensure these are illustrative examples only and both are not required in a VBP. For IGT 
stakeholders, outcomes-based measures are of particularly high priority for VBP arrangements. As a greater 
diversity of VBP models begin to operate, manufacturers and payers (including Medicaid Agencies) may need to 
further refine the types of measures to which payment is tied and, thus, regulatory flexibility is critical for 
allowing a robust array of VBP models and measures to operate in the future.  
 
A narrow definition of measures would be detrimental to the ability of stakeholders to negotiate performance 
metrics in the context of a given disease and therapy. The success of a VBP arrangement is directly tied to the 
selection of the “right” outcome measure(s) to use in the contract arrangement. The ease or difficulty in 
implementing VBP outcomes-based arrangements, generally, will be driven by the nature of the disease and 
treatment, including whether outcome measures can be readily identified that will be straightforward; objective; 
reliable to measure and interpret; easy to collect; and, ultimately, simple to operationalize. Overlaying an outcome 
selection in a rare disease with variable disease progression is a complex undertaking and, thus, flexibility is 
essential.  
 
IGT emphasizes that not all gene therapies are amenable to VBP arrangements based on challenges in outcomes 
measurements in particular rare patient populations suffering from heterogeneous, progressive diseases. For 
gene therapies targeting these conditions, innovative payment mechanisms, such as payment-over-time 
constructs, may be more viable. 
    

• Recommendations for Defining “Substantially” 
 
CMS seeks feedback on how to define “substantially,” in terms of how much of a drug’s “final cost” should be 
tied to measures for the arrangement to qualify as a VBP. In describing this request, however, the Proposed Rule 
states, “for example, drug product cost with less than 90 percent of the discounts/rebates tied to the drug’s 
performance [would] not be considered a VBP arrangement[.]”6 Based on the preamble language, CMS appears 
to contemplate defining “substantially” in reference to two different thresholds: (1) the proportion of price 
concessions tied to evidence- or outcomes-based measures in relation to the total of all price concessions 
offered on a product; and (2) the proportion of the total cost of the drug tied to evidence- or outcomes-based 
measures.  
 
IGT strongly recommends that CMS define “substantially” in relation to the proportion of the total payment for 
the drug tied to outcomes-based measures or the total cost of the drug tied to evidence-based measures. IGT 
does not believe a fixed number should be defined in regulation by CMS. Instead, flexibility should be afforded 
to identify the appropriate risk that is agreeable to all parties. This risk will vary based on many factors, including 
the therapeutic context in which a VBP is applied.  
 
To the extent that CMS opts, instead, to establish a floor for defining “substantially,” IGT recommends that CMS 
set the threshold at an amount that is equal to the minimum mandatory rebate required for the product in the 
MDRP (i.e., 23.1% of the Average Manufacturer Price (AMP) for single source or innovator multiple source drugs 
or 17.1% of AMP for drugs approved exclusively for pediatric indications or eligible clotting factors)7. VBP 
arrangements that put amounts in excess of this threshold at risk will ensure that Medicaid is eligible to receive 

 
6 Id. at 37,292. 
7 Social Security Act (SSA) § 1927(c)(1)(B).  



 5 
 

a greater rebate than otherwise would be available for a patient included in a VBP for whom a measure is not 
reached.  
 
Any total price concessions that exceed this amount should qualify as a VBP arrangement if an evidence or 
outcome measure is included in the contract. It would not be appropriate to define a threshold above this 
minimum amount given disease- and product-specific factors that will drive the level of risk and, thus, price 
concessions that will be acceptable to all parties to the arrangement. The specific amount of the final drug cost 
or payment at risk for a particular VBP above this threshold should be determined through negotiations 
between manufacturers and payers.  
 
With the administrative and operational efforts payers and states must undertake to participate in VBP 
arrangements—whether through the bundled sale or multiple Best Price approach—they are in the best 
position to determine whether the level of rebates tied to outcomes are sufficient for making participation a 
beneficial and attractive proposition.  
 
To account for outcomes-based payment arrangements with rebate amounts that decline in amount during 
each year of a multi-year VBP, IGT strongly recommends that CMS clarify in the Final Rule that “substantially” 
will be assessed in reference to the total amount at risk rather than the amount in any individual evidence- or 
outcomes-based rebate/installment payment.  
 
IGT’s recommendations in this section for defining “substantially” are specifically in relation to the multiple Best 
Prices proposal only and are not in reference to the bundled sale proposal, as delineated in further detail below.   
 

• Additional Considerations for VBP Arrangement Implementation 
 

o Contract Duration and Portability 
 
IGT recommends that CMS clarify that the duration of the contract is a term that a State Medicaid Agency would 
need to adhere to in order to take advantage of the proposed multiple Best Price approach, as it is central to a 
VBP arrangement (in the commercial sector or otherwise). In addition, CMS should allow the issue of portability 
to be adjudicated by contract terms between the manufacturer and payer in the case of a contract with a 
commercial payer or State Medicaid Agency.  
 
Operationalizing outcomes-based agreements requires payers, manufacturers, and providers to track patients 
over time relative to the outcome measure(s) and timeframe(s) mutually agreed to between contracting parties. 
Even if an agreed upon outcome is available in claims data, and this may not be the case for many rare diseases, 
collection and reporting of such measures to support an outcomes-based contract is resource intensive.    
 
Research has indicated that the length of time a patient is enrolled in a plan is less than two years for a state 
Medicaid program, less than three years for a fully-insured commercial plan, and greater than five years for self-
insured employer.8 Such patient mobility causes challenges when operationalizing multi-year contracts. 
Additionally, a patient may be lost to follow-up, most likely due to treatment success. In both scenarios, the 
payer as a participant in a VBP arrangement needs to be committed to tracking a patient to adjudicate contract 
terms. A payer can be supported by using their provider network and integrated data systems to collect long-

 
8 MIT CBS/MIT NEWDIGS FoCUS Project, Payer Perspectives on Financing and Reimbursement of One-time High-cost 
Durable Treatments (Oct. 11, 2019), at: http://newdigs.mit.edu/sites/default/files/MIT%20FoCUS%20Payer%20 
Perspectives%202019F210v044.pdf.  

http://newdigs.mit.edu/sites/default/files/MIT%20FoCUS%20Payer%20%20Perspectives%202019F210v044.pdf
http://newdigs.mit.edu/sites/default/files/MIT%20FoCUS%20Payer%20%20Perspectives%202019F210v044.pdf
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term data. The roles of patients, providers, and manufacturers in addressing aspects of tracking and portability, 
as appropriate, also merit consideration. 
 

o Coding Considerations for Tracking Patient Outcomes and Respective Performance Price 
 

IGT recommends CMS consider creating a new type of Healthcare Common Procedure Coding System (HCPCS) 
code, potentially a modifier, associated with a gene therapy’s HCPCS Level II code, preferably issued at the time 
of FDA approval, which could be used to report whether or not a health outcome was achieved to facilitate 
payment and financial reconciliation of a value-based contract. 
 
Tracking patient outcomes is a difficult task that current data infrastructure does not accommodate. The current 
drug billing system using HCPCS codes does not accommodate for recording if an outcome was or was not met 
and then submitted for payment and/or financial reconciliation. Creating a more standard outcomes-based 
reporting system aligned to a gene therapy’s unique HCPCS code would help automate the process of the 
reporting of health outcomes and support financial reconciliation between VBP contracting parties.  
 

o Clarification of Protections for Collection and Sharing of Data to Support VBP Arrangements  
 

IGT also remains focused on seeking further clarification from the Department of Health and Human Services’ 
Office of Inspector General (OIG) on compliance-related issues that have posed barriers to VBP advancement. 
For example, it would be helpful to clarify how safe harbors can accommodate for, among other issues, the 
collection and sharing of data to adjudicate a contract and VBP arrangements that tie payment to outcome 
measures that are meaningful to manufacturers, payers, and patients but that are not included in a drug’s FDA-
approved label. 
 

III. Alternative Approaches to Federal Price Reporting: Operational Considerations for Best Price and 
Reporting of Multiple Best Prices 

 
IGT commends CMS for its proposed interpretation of Best Price to permit reporting of multiple price points for 
one dosage form and strength of a drug when a price is realized through a VBP pricing structure. The Proposed 
Rule indicates that multiple prices could be reported through a VBP, as well as a price absent a VBP.9 A price 
realized in a VBP when a measure is not satisfied for one patient would not reset Best Price during the quarter. 
The MDRP rebate due through the VBP Best Price would be tied to whether the rebate is paid on a unit 
dispensed to a patient in the VBP and the rebate amount linked to the patient’s outcome. As CMS explains, the 
rebate is specific to this individual outcome, not all patients in the VBP. Otherwise, the Best Price used in the 
MDRP rebate calculation is the lowest price available in the absence of the VBP.  
 
Current payer (commercial and state Medicaid programs) and manufacturer price reporting infrastructure does 
not currently account for this patient-specific tracking and outcomes relative to the price/rebate for that 
outcome performance. Additional resources, including staffing and information technology may need to be 
invested into the system by CMS, payers, and manufacturers to support the proposed price reporting 
methodology. These operational considerations are addressed in detail below.  

 
 
 
 

 
9 85 Fed. Reg. at 37,293. 
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• Operational Considerations for MDRP Reporting 

 
o Updates to the Drug Data Reporting (DDR) System for Best Price Reporting 

 
IGT recommends that CMS update the DDR system to accommodate non-manual reporting of multiple Best 
Prices to align with the effective date of the final policy and ensure such system updates accommodate products 
with both VBP and non-VBP arrangements. If a manufacturer offers a VBP arrangement, then it can report 
multiple “best prices” using the MDRP’s DDR system manual price reporting template as CMS’ current DDR 
template does not support reporting of multiple Best Prices. This manual pricing submission must be received by 
CMS within 30 days after a quarter ends, consistent with DDR for Medicaid requirements. In the Proposed Rule, 
CMS alludes to the potential that a manufacturer could offer a VBP and a non-VBP for the same gene therapy 
but does not indicate how Best Prices will be determined and utilized when the manufacturer offers the 
marketplace both options.  
 

o Request for Guidance on Multiple Unit Rebate Amounts (URA) 
 

To ensure streamlined implementation, IGT recommends that CMS issue guidance to state Medicaid programs 
and manufacturers detailing how multiple URAs will exist for a single NDC and outline a restatement process for 
reporting of average manufacturer price (AMP). As a manufacturer will report multiple Best Prices, each price 
will generate a distinct URA reflecting a specific patient outcome. Thus, these multiple Best Prices yield multiple 
URAs. Additionally, multiple URAs result in multiple 340B ceiling prices available per national drug code (NDC) 
(additional details on the implications of the proposals for the 340B ceiling price calculation are discussed 
below).  
 

o Recommended Revisions to MDRP Forms  
 

The Reconciliation of State Invoice (ROSI) (form CMS-304) and the Prior Quarter Adjustments (PQAS) (form CMS-
304a) forms are used by manufacturers to respond to a state Medicaid program’s invoice for current quarter 
utilization and to reconcile and explain prior quarter actions/payments/credits to states, respectively. To ensure 
seamless execution, IGT recommends CMS revise the ROSI and PQAS forms to accurately reflect utilization and 
rebates at the patient-specific level to align with the effective date of the final policy.   
 

• Modifications to Average Manufacturer Price (AMP) 
 
While we understand CMS views its proposal as permitting VBPs that involve payment-over-time constructs,10 
IGT would be grateful for clearer confirmatory language in the final rule by specifically addressing AMP. Based 
on current AMP reporting practices, an installment VBP model would result in the first installment payment 
being reflected in AMP in the period during which they occur, such that the product’s baseline AMP is artificially 
low as it would only reflect the first installment payment (i.e., 20% of total payment). Subsequent installment 
payments are then made at the same time as first installment payments for new sales, combining to mimic price 
increases, thereby implicating the price inflation penalty of the Medicaid drug rebate calculation.  
 

 
10 Seema Verma, CMS’s Proposed Rule On Value-Based Purchasing For Prescription Drugs: New Tools For Negotiating Prices 
For The Next Generation of Therapies, Health Affairs Blog (June 17, 2020), https://www.healthaffairs.org/do/10.1377/ 
hblog20200617.728496/full/.  

https://www.healthaffairs.org/do/10.1377/%20hblog20200617.728496/full/
https://www.healthaffairs.org/do/10.1377/%20hblog20200617.728496/full/
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To enable direct installment payment arrangements, IGT requests CMS provide similar clarification, as it has 
with Best Price, regarding an alternative interpretation of AMP. More specifically, with respect to the phrase 
“average price paid to the manufacturer,” it would be reasonable to interpret that the “price paid” at the time 
of sale is the full price, inclusive of all installments to be paid. There is precedent showing that CMS has 
historically interpreted AMP in a manner that allows for such reasonable flexibility, rather than adopting a 
stringent interpretation of the term. 

 
• Addressing Implementation through Regulatory Provisions 

 
IGT urges CMS to establish clear and specific regulatory provisions for codification in the Code of Federal 
Regulations for manufacturers to follow in applying the multiple Best Prices authority set forth in the Proposed 
Rule. Manufacturers are subject to significant enforcement risk and substantial penalties for non-compliance 
with federal price reporting requirements. The compliance risks are too high in relation to Best Price for these 
provisions to be implemented through subregulatory guidance or frequently asked questions that are subject to 
change without notice and an opportunity for comment. Ensuring that manufacturers are not left to make 
reasonable assumptions regarding these critical areas is important for developing a level playing field where all 
stakeholders can participate in VBPs with clear assurances regarding the legal and compliance expectations of 
the government. Accordingly, we recommend that CMS expand the currently proposed regulatory text on the 
multiple Best Prices authority to more comprehensively reflect the parameters of the authority as set forth in 
the Proposed Rule preamble, as well as to detail the operational issues IGT has raised in these comments. 

 
• Clarification on 340B Considerations  

 
IGT emphasizes the importance of issuance of guidance from the Health Resources and Services Administration 
(HRSA) in coordination with the Final Rule’s effective date to address how to compute the 340B ceiling price 
under a VBP arrangement with multiple Best Prices. The Proposed Rule does not specify how to calculate the 
340B ceiling price under a VBP arrangement with multiple Best Prices. Specifically, if a 340B entity purchases a 
gene therapy included in a VBP arrangement, it is not clear which 340B price is used, as multiple will be available 
at the time of purchase. If the 340B price issue is not addressed, then it may preclude manufacturers from 
engaging in VBP arrangements as proposed by CMS. The Final Rule, however, should not be delayed pending 
issuance of HRSA’s guidance. 

 
IV. Bundled Sale 

 
IGT supports CMS’ proposal to specify in the regulations that manufacturers may treat a VBP arrangement as a 
bundled sale if the arrangement contains a performance requirement, such as an outcome measurement 
metric.11 This is an important tool for manufacturers to have at their disposal for operationalizing VBPs. IGT 
urges CMS to clarify in the regulations, however, that the “VBP arrangement” referenced in the bundled sale 
proposed regulatory text is not associated with the proposed definition of VBP to be codified at Section 447.502 
of Title 42 of the Code of Federal Regulations. The VBP arrangement definition sets forth important parameters 
for purposes of the multiple Best Prices proposal, but the bundled sale authority should stand on its own and 
not be linked to these provisions. CMS should ensure that, although there is a separate definition of a VBP 
bundled sale from the broader VBP arrangement definition, VBP bundled sales would nonetheless be treated as 
VBP arrangements for purposes of all other sections of the Proposed Rule that apply to the latter, including but 

 
11 85 Fed. Reg. at 37,292. 
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not limited to CMS’ proposal to allow manufacturers to “make changes outside of the 12-quarter rule as a result 
of a VBP arrangement[.]”12  
 

V. Requirements for Manufacturers on the “12-Quarter Rule” 
 

CMS proposes to create an additional exception to the requirement that manufacturer revisions to pricing data 
be made within the 12 quarters from which the data are due (“the 12-quarter rule”) for VBP arrangements, or 
pay-over-time models, that may involve time periods longer than 12 quarters.13 IGT appreciates the flexibility 
this clarification provides for VBP arrangements occurring over long time horizons, particularly as some diseases 
and outcome measures may require a longer time course over which to base a VBP, and encourages CMS to 
include this proposal as it works to finalize the rule.  

 
Conclusion  

 
The Institute appreciates CMS recognizing the critical need for the regulatory interpretation provided through 
the Agency’s proposal for multiple Best Prices. We look forward to working with CMS on implementation 
considerations as CMS endeavors to finalize the proposal. These proposed provisions could enable gene therapy 
companies to move forward with VBPs in Medicaid and with commercial payers without uncertainties regarding 
Best Price, to the extent that the associated operational challenges IGT has raised are properly addressed. For 
example, providing further guidance on AMP, 340B, the voluntary nature of VBP, and the expectation for payers 
to provide access to gene therapy in accordance with the full FDA-approved label indication regardless of the 
availability of a VBP arrangement. Finalization in a manner that accounts for these factors would represent a 
significant step forward for VBP advancement and ameliorates risks, in part, that have hindered operation of 
VBPs to date.  
 
In finalizing the VBP provisions, we urge CMS to prioritize flexibility for manufacturers and payers, including 
State Medicaid Agencies, to establish the most appropriate terms for the clinical circumstance. This includes a 
realization that VBP arrangements are not appropriate in all contexts, for all gene therapies, or all patient 
populations. Providing this flexibility will be critical to promoting tailored use of VBP arrangements where they 
can make the most difference in facilitating patient access while balancing healthcare system sustainability over 
time. 
 
The Institute supports developing a sustainable, flexible, and permanent payment pathway that modernizes 
regulatory parameters and is reflective of the advances in science resulting in such transformative therapies. IGT 
would be pleased to serve as a resource on gene therapy issues during this process and answer any questions 
regarding these comments.  
 
Sincerely, 
 

 
Lauren Randall Buckley, JD 
Director, Health Policy & Advocacy  

 
12 Id. at 37,301. 
13 Id. at 37,301. 


