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Lee Woods, MD
Called to Order – 5:00 pm
I.  Welcome and Introductions
Roll call taken by Dr. Vernon since there were a large number of phone participants. Dr. Debra Regier was introduced to give an overview/updated presentation of Mucopolysaccharidosis (MPS-I).  
II. Minutes of Meeting March 7, 2017
Minutes from March 7, 2017 were reviewed and approved. 
III. New Business
· Presentation for MPS-I
Dr. Regier presented background information regarding MPS-I, including clinical presentation and current treatment modalities.  In summary, MPS-I causes accumulation of long chain sugars in the cells that results in cellular damage.  Newborn screening for MPS-I was initiated to identify infants with Hurler’s, the severe form of MPS-I with onset at less than 1 year of age and whose life expectancy is less than 10 years of age.  Newborn screening can also identify attenuated (some residual enzyme present) MPS-I (Scheie) with onset at 3-4 years of age or in adulthood.  Data for outcomes after treatment is a little limited at this time.  Most treatment data is based on identification of siblings and treated the siblings earlier in life.  Treatment for MPS-I is complicated and depends on age at diagnosis.  If diagnosed early, hematopoietic stem cell transplant (HSCT) can be effective.   HSCT performed within 3-9 months of age can slow the rate of cognitive decline.  Enzyme replacement therapy (ERT) is most effective when started at an early age.  ERT does not cross the blood brain barrier so no clear evidence that cognitive function will be improved.  ERT can be effective in stabilization of symptoms in attenuated form.  Data from states currently screening for MPS-I was also presented (slides attached).  There have been pseudo deficiencies and carriers identified through newborn screening as well.  Some states are using DNA sequencing as a 2nd tier test to reduce number of false positives.  Environmental conditions can cause an increase in false positives if measuring enzyme levels alone. Sarah Viall reports there are a series of webinars currently being presented by APHL on MPS-I.  Part III is scheduled for 5/24/2017.  APHL webinars are archived and Dr. Vernon asked for links so she can send to the council members.  There are multiple methods to screen for MPS-I.   Dr. Vernon states MPS-I is now on RUSP as well so it has undergone a rigorous review process.
· Report from Advisory Committee on Hereditary Disorders in Newborns & Children meeting May11-12, 2017

· Sarah Viall gave an update from the Federal ACHDNC meeting.  

· The members voted to move Spinal Muscular Atrophy (SMA) from nomination stage to review stage.  Review will be performed over the next 9 months and then findings will be presented to the full committee for consideration for addition of SMA to the RUSP.  
· The committee is working on a white paper in support of insurance coverage for medical foods.  Sarah also reports that she was on Capitol Hill with National PKU Alliance on 5/22/2017.  There is bipartisan support for HB 2587 and SB 1194, Medical Food and Formula Equity Act introduced by Senator Grassley from Iowa.  Bill requires insurances to cover medical foods for life time for individuals with identified disorders.  Sarah recommends contacting senators to recommend support for these bills.
· Dr. Vernon reports medical foods letter was sent to Governor’s office in March.  No response at this time.  She suggests sending a copy of the letter to Senators and Representatives and referencing HB 2587 and SB 1194 to garner support for these bills.
IV. Old Business
· Update from Labs Administration
· Dr. Myers reports there has been some progress in screening for lysosomal storage disorders Pompe and Fabry.  Identification of method has been determined and procurement has been started.  Validation of instrumentation and testing method is expected over summer months with implementation possibly as early as late Fall of 2017 or early next year.  Dr. Myers also reports MIPAR contracts are being renegotiated at this time so unable to start hiring process for staff needed for implementation.
· Dr. Vernon asked about chosen methodology for lysosomal disorders, and Dr. Majid reports digital microfluidics has been selected.  

· Update from MCHB

· Dr. Woods reports there is a new MCHB Director.  Courtney Lewis will be starting on June 7th.  She has been with DHMH previously and comes back after a period of time with Washington DC Health Department.  

· Update on Krabbe

· Dr.  Vernon reports there has been no new information to date on the use of psychosine as a testing method for Krabbe.  She will continue to monitor for this information.

V.  Next Meeting Dates

June 20, 2017 was selected as the next meeting date.  

No meetings will be planned for summer.  

Council members were also asked to hold September 19, 2017 open as a next meeting date.
VI.  Adjournment
Meeting adjourned at 5:45 PM.  
