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Public Health System Impact Assessment

RECAP
Expert Advisory Panel (EAP) to develop Public Health
2012 - : :
Impact Decision Considerations and Assessment
2013-2014 Committee Decision Matrix revised to include Public

Health Impact (Kemper et al., 2014)

Pilot PHSI Assessment for Condition Review of
2012-2013 Pompe Disease: Surveys, in-depth interviews,
selected state NBS programs (n=9)

2014 EAP-2 to refine PHSI Assessment procedures
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Using Feasibility and Readiness in the Decision-Making Process

. Fea5|b|I|ty High/Moderate or Low
established and available screening test
» clear approach to diagnostic confirmation
» treatment plan acceptable to clinicians and individuals and families
* long-term follow-up plans can be established

 Readiness: Ready, Developmental Readiness, or Unprepared
— After the state makes the decision to include the condition and funding is made
available
— Feasibility = central issue for the Committee to recommend addition to the RUSP
— Readiness assessment follows feasibility assessment

— Readiness ratings:
» Ready:
- Most NBS programs could implement within 1 year
» Developmental Readiness:
- Most NBS programs could implement within 1-3 years
» Unprepared:
- Most NBS programs could implement in >3 years

Kemper et al. (2014). Decision-making process for conditions nominated to the Recommended Uniform Screening Panel: Statement of the
US DHHS Secretary’s Advisory Committee on Heritable Disorders in Newborns and Children. Gen Med, 16, 183-187. 3
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Key Considerations for PHSI

« Ability To Screen

« Short-Term Follow-up

* Long-Term Follow-up

* Newborn Screening Program Organization
« Data systems/Information Exchange

* Direct Costs

* Opportunity Costs

* Leadership and Motivation
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Key Stakeholders

 Newborn Screening Program Directors
 Newborn Screening Program Laboratory Directors
* Public Health Commissioners

« State Government Officials

« Laboratory and Clinical Specialists

* Primary care providers

 Payers
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General Approach

* Focus on the features that would drive the Advisory
Committee decision-making process to expand RUSP

« Consider General NBS and Condition-Specific issues
separately

« Gather input from all states

— Gather additional information from states that have adopted or
have attempted to adopt screening

« Key point-of-contact from each state, who will work with
others to respond to questions

« Use a standard approach to PHSI assessment for all
conditions
— Improves efficiency and consistency
— allows comparisons
— responsive to OMB requirements
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» Keep it Simple!
e



tl__l] Duke Clinical Research Institute

Data Collection Approach and ources

General NBS-related issues

— Data Elements

* Process for adding conditions to state panels

« Existing NBS infrastructure, laboratories, and workflow

» Laboratory and reporting Systems

« Short- and long-term follow up approaches and requirements
— Sources

* NewSTEPS Data Repository and Programmatic Surveys

* Regional Collaboratives

Condition-specific NBS issues

— Data Elements
« Validated screening/ high throughput methods
» Laboratory follow up, reporting, and diagnostic confirmation methods
« Short- and long-term follow up needs
« Treatment specialty centers and clinical guidelines
— Sources
« Evidence review findings
» Web-based Surveys of states, Regional Collaboratives

* In-depth Interviews with key program contacts from states with experience
screening for the target condition
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« 3 Components
— Systematic Evidence Review
— Population Benefit (i.e., Decision Analysis)
— Public Health System Impact Assessment

* 9-months to completion in the future
* More to cover in Less Time
»Keep it Simple and Straightforward!

Name six animals which live specifically in the Arctic
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Steps for the Condition-Specific PHSI Assessment

1. Work with the RCCs to
— Find out which states have/are/is planning to screen for the
condition, so that we can expedite the interviews
— Identify most appropriate survey respondent (DISCUSSION POINT)

2. ldentify the respondents from each state
3. Prepare educational material
— FAQ sheet
— Webinar — to be recorded
4. Field the survey
— Simple
— Strong focus on what would help the AC make a decision
— Reusable

5. Conduct interviews with states that are implementing screening
for the condition — concurrently with the fielded electronic surveys
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Survey Discussion

Review of

Public Health Impact
Assessment

Survey
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PHSI Survey

The purpose of this survey is to inform the Secretary of Health and Human Services Discretionary Advisory
P ag e 1 Committee about the ability to add newborn screening for particular conditions within your state.

Please refer to the [CONDITION] screening FAQ sheet and the information available at [LINK] to answer the
following questions about the ability to add newborn screening for [CONDITION] within your state. Please
also consult with others within your state to answer the questions you are unsure about.

1. Respondent Information
a. Name
b. Contact Information
c. Job description
d. State

2. Does your state currently include [CONDITION] as part of newborn screening, either as a part of the
routine newborn screening panel or as any type of pilot evaluation?
a. Yes=> Stop and schedule follow-up interview
b. No

3. Atany point within the last three years, has your state included [CONDITION] as part of newborn
screening, either as part of the routine newborn screening panel or as any type of pilot evaluation?
a. Yes=> Stop and schedule follow-up interview
b. No

4, Has there been a state-level decision to add the target condition to newborn screening in your state?

a. Yes=> Stop and schedule follow-up interview
b. No

5. Which of the following conducts newborn screening laboratory analysis services for your state’s
newborn screening program?
a. Your own state’s public health or newbhorn screening laboratory
b. A contracted regional newborn screening laboratory or other not-for profit laboratory.
c. Acontracted commercial laboratory
[LOGIC NOTE: 5a = NBS LAB, 5b or 5¢ = OUTSIDE LAB]
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6. Certainfactors@elated@o@hefCONDITION]EnightEnakeBcreening@asier®rinore@hallenginginf
P H S I S u rV e yourBtate.MPleasefet@sEnowdhe@egree@oBvhich@heseBactors@ffectBrour@Ability@oBcreenfor
conditionfnBrourBtate.fnBrder@o@espond@o@hese@uestions,Assumel@hatihe@onditionhas
beenBAuthorized@or@Addition@ofourBtate’sfanel@ndBhatfunds@re@ade@vailable.?
P ag e 2 Whatlis@hel@mpact@ffFactor]®n@he@doption®fBcreeningfor@he CONDITION]EnBrourBtate??
Factor®@ Majord | Minor® | Nof Minor@ Majorf Unsuref
Barrier®| Barrier®| Impactl| Facilitator® | Facilitator
Laboratory@quipmentfeeded@oBcreen
specimens@orhis@ondition[ NBSALAB] 2
Extent@oBvhich@he@aboratoryprotocolfor

screeningforhis@onditionthasbeenl
demonstrated@n@ther@ewbornBcreening
programsNBSALAB]

Qualified@echnical BtaffBvithinGour®
laboratory@oBcreenforthe@onditionfNBSE
LAB]
Availability@f@heBcreening@estBvithin@he
labBrou@ontractBvithOUTSIDEALAB] @
Priority@f@ther®ngoing@ewbornBcreening
program@ctivitiesfe.g.,Addition®f@therd
conditions,@ther@uality@mprovements)
Capacity@fffl.aboratory@nformation
ManagementBystem@And@tsfinterfacelvith@hel
instrumentation
Sufficient@umber®ffualified@ewbornf
screeningBtaff@iomotifyAndErack@ewbornf
screeningesults@
Accessio@ppropriatediagnosticBervices
after@@ositiveBcreenfe.g., @iagnosticl
laboratory@esting,@linical@valuations)

Availability®@fBpecialists
Availability®fireatmentfor@hose@iagnosed
throughfewbornBcreeningf

Cost@freatment@or@ewborns@iagnosed
withfiewbornBcreeningf

Expected@linical®utcomesdfpatients
identifiedyBcreeningfnBrour@tatel

Expected@ost-benefit®fBcreeningnfourl
statel@

AdvocacyforBcreeningforhis@onditionf
Other@on-newborn®creeningublicfiealth

prioritiesBvithinBrourBtatel
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PHSI Survey
Page 3

7. Arefhere@ther@mportantbarriers@oBcreeningfor@heCONDITION|?FREETEXTERESPONSE] A

8. Arefhere@ther@mportantfacilitators@oBcreeningfor@hefICONDITION]|?AFREEEEXTIRESPONSE]E

9. Whatlik@hefnostBignificantarrier@o@ewborn@creeningfor@heJCONDITION]EnBrour
state?[FREETEXTBRRESPONSE]

10. WhatBvould@nost@acilitateBcreeningfor@hefCONDITION]@nBrourBtate? [ FREETEXTERESPONSE] R
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PHSI Survey
Page 4

11. How@ongBvouldit@ake@o@AchieveMhefollowing@ssuming@hatfCONDITION | Bvas@dded@oBrour
statemewbornBcreeningfanel@ndfundsBvere@llocated@oday?

Withinll | FromB| MorefhanP | Unsurel
18ear@ | 1BoBE Threel
yearsl] YearsQ
Select,@evelop,AndBralidatel
theBcreening@estBvithinBrour
laboratory[NBSALAB]

ContractBvith@@ab@hathas?
already@®ralidated

screening[OUTSIDEMALAB]

Pilot@est®BcreeningRvithin
yourBtatel?

Implement@tatewidel

screening@or@llfewborns,
includingffull@eporting@nd@
follow-up®fEbnormalBcreensh
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PHSI Survey
Page 5

11. Is@here@ny@dtherinformationBoulivouldike®oBhareBvithBis@®egarding@mplementation ®fr
newbornBcreeningforfiCondition]?{Free'ext@esponse]

12. WhoMidBrou@onsultBvith@loAnswerthese@uestions?

StatefewbornBcreeninglhaboratory@xperts

Other@ewbornBcreening@rogramB@taff?

Statefewborn@creening@dvisoryMoard

Specialistsfin@he@onditionl

Primary@are@roviders?

AdvocatesBvithinBourBtateforBcreeningforihe@ondition

Others:@

a.
b.
C.
d.
e.
f.

g.
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the Committee’s Decision Making

3. Find x.

3 cm

4 cm
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Thank You!

Questions?

Presentation Contact:

Alex R. Kemper, MD, MPH, MS
alex.kemper@duke.edu
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