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Rule Making Process 



“I have come to the conclusion that the making of laws is like the making of 
sausages – the less you know about the process the more you respect the result.” 
  

- Frank W. Tracy quoting an unnamed member of the Illinois House of Representatives (about 1878) 









Washington Criteria for NBS 

 Available Screening Technology 
 

 Diagnostic Testing and Treatment 
Available 
 

 Prevention Potential and Medical 
Rationale 
 

 Public Health Rationale 
 

 Cost-Benefit/Cost-Effectiveness 
 

 



Cost-Benefit Overview 

• Decision Tree 
– compares status quo v. screening model 

• Data from 
– primary literature 
– reports from NBS programs 
– expert opinion 

• Sensitivity analysis – vary assumptions 
– lower and higher estimates for parameters 



SCID Benefit-Cost Analysis 



Key Parameters 
• Prevalence of Pompe Disease 

– IOPD 
• Classic form 
• Non-classic form 

– LOPD 
• Screening test performance 

– Sensitivity 
– Specificity 
– Positive Predictive Value (PPV) 

• % of affected babies with (+) family history 



Benefit-Cost Analysis 



Costs 

• Cost of screening 
• Cost of diagnostic testing 
• Cost of treatment – late diagnosed 
• Cost of treatment – early diagnosed 
• Cost of false (+) 
• Cost of monitoring for LOPD 



Benefit-Cost Analysis 

Cost of 
monitoring 
LOPD 



Final Cost Analysis 
• Benefits 

– Deaths averted 
– Value of lives saved 
– Less treatment costs  

• Costs 
– Cost of screening 
– Cost of false (+) 

• Benefit/Cost Ratio 
• Incremental Cost-Effectiveness Ratio  



LSD pilot v. live NBS 
• Blinded study – one 

punch to get it right 
– if positive  DNA 

• Chance to repeat test 
– positive initial results 
– failed runs 

• 1st screen only:  
typically 18-48h 

• 1st screen: 18-48h 
• 2nd screen: 7-14d 

 
• Testing performed 

when DBS is 30+ 
days old 

• Testing performed in 
real time 



• Volume 
– 3-6 plates/day 

• Volume  
– 5-14 plates/day  

LSD pilot v. live NBS 

• Instruments 
– 1 MS/MS 

• Instruments  
– need redundancy 
– need space 

• Staff 
– one part-time tech 
– one to crunch 

numbers 

• Staff  
– needs dependent on # 

of LSDs mandated 
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