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Agenda

• The SCID Journey

• Long-term follow-up questions

• CalSCID Program
• Needs assessment 

• Health-specific outcomes

• Data sharing

• Education

• Conclusion
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The SCID Journey Map

Raspa 2020; Mangurian 2019; Sanchez 2018



What is 
Long-term 
Follow-up?

HRSA: “treatment and management following diagnosis and 
referral”

• There is no definitive way to conduct LTFU for SCID

• It is not entirely clear what LTFU should entail

• Most centers may have similar protocols for early 
management

• No SCID-specific consensus pathway for follow up 
beyond definitive therapy



Why is Long-
term Follow-up 

important?

• SCID is heterogenous

• SCID is a rare condition that requires 

long-term follow-up

• Care is received in diverse settings

• Lack of natural history studies

• Incomplete understanding of how 

factors such as treatment pathways and 

type of SCID impact long-term outcomes



Your Questions
What are the short-term complications post-treatment 

that parents should be aware of?

What are the long-term complications post-treatment?

Will a child need special services in school?

Are a child’s LTFU needs different based on the type of SCID 
they have or treatment they received?

What is the likelihood that a patient will need additional 
treatment when they are older?

How often should a child check in with their immunologist?

Research Focus

Long-term outcomes

Neurodevelopment and school readiness

Health-specific services needed

Transition of care

Family well-being



Long-term Follow-up Program: A Stakeholder Approach
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Sites:
• University of California San Francisco
• University of California Los Angeles
• University of California Davis
• University of California Irvine
• University of California San Diego
• Stanford

Partners:
• California Department of Public Health
• Immune Deficiency Foundation
• Primary Immune Deficiency Treatment 

Consortium
• SCID, Angels for Life
• Newborn Screen Translational Research 

Network

California Severe Combined Immunodeficiency Consortium Long-term Follow-up

HRSA funded



Project Goals: Develop a family centered approach to LTFU care for SCID. Disseminate findings to families, researchers, providers, and 

public health experts to inform public policy. Establish medical homes for all SCID children. 

CalSCID

Centers

New educational

content for patients & 

providers: Monthly 

lunch & learn webinars 

SCID Compass

Increased access to 

care through IDF 

Physician Finder tools 

and telehealth

CalSCID LTFU 

protocol providing 

comprehensive family 

centered care plans

Capture prospective data using 

REDCap data dictionary aligned 

with other NBS conditions 

Output

Increased knowledge 

of SCID LTFU care in 

next generation of 

care providers

Overarching Deliverables: CalSCID will provide family-centered long-term follow up care for SCID patients and families. We will share 

data with a national registry to strengthen partnerships across public health, academia, and clinical care.

Activity
CalSCID centers 

meet biweekly; 

trainees present 

cases

CalSCID/CDPH 

GDSP quarterly QI 

meetings

Needs Assessment 

of SCID patients and 

families through 

IDF

Needs Assessment 

CIS and PIDTC 

transplanters and 

immunologists

Input
Steering

Committee
Patients & families 

with SCID
Public health 

experts

Immunology 

trainees

Healthcare 

providers

Implement SCID LTFU, 

monitoring health-specific 

outcomes, neurodevelopment 

family well-being, transition of 

care

New knowledge about 

monitoring health-

specific outcomes, 

neurodevelopment 

family well-being, 

transition of care

Sharing with the 

NBSTRN LPDR 

aggregated non-

identifiable data
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Design/redesign 
LTFU protocol

PIDTC, CIS 
healthcare 

professionals 
provide input

Redesign protocol

IDF SCID patients 
and families 

provide input 

Implement SCID 
NBS LTFU Protocol 
at CalSCID centers 

Path: once consensus and 
buy-in reached

Overview of development of SCID LTFU program

CalSCID centers 
design Needs 

Assessment surveys 
and draft of SCID 

LTFU program

Steering 
committee

Public 
health 
experts

Create Refine Implement



Patient and 
family

• Demographics

• Information support

• Emotional support

• Financial support

• Development

• Medical Home

• Access to care

• Transition of care

• Demographics

• Current practices

• Medical home

• Transition of care

• Barriers

• Development assessment

• Wellbeing assessment

• Information needs

Healthcare 
Providers

Patients and 
Families
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• To date, focus has been on survival and not 
about outcomes beyond survival

• Durability of Immune Reconstitution

• Impact of genotype and on non-immune organ 
system

• Limitations of transplant on non-hematopoietic 
immune function

• Frequency and type of immune evaluation

Health-specific Outcomes: Immune Function

Genotype

ConditioningGraft

Heimall J 2017, Haddad E 2018

Immune  
Function



Health-specific Outcomes: Beyond Immune Reconstitution

• Allergy
• Audiology
• Cardiology
• Dental/oral medicine
• Dermatology
• Endocrinology
• ENT
• Gastroenterology
• General Care 
• Genetics
• Hematology/Oncology

• Infectious Disease
• Nephrology
• Neurology
• Nutrition/ Feeding Team
• Ophthalmology 
• Pulmonary Medicine
• Psychology
• Psychiatry
• PT/OT
• Social Work
• Surgery
• Rheumatology



Health-specific Outcome: Neurodevelopment

• Paucity of literature on outcomes following HCT and the impact on neurocognitive 

development in different SCID genotypes and conditioning regimens

• Different depending on type of SCID

• Different depending on type of conditioning

• Ideal: Formal assessment  of neurodevelopment at 5 years

• School readiness



Health-specific Outcome: Family Wellbeing

Raspa 2020; Mangurian 2019; Sanchez 2018



Family coping

Parent post-traumatic stress

Parent post-traumatic growth

Postnatal depression

Baseline Psychosocial Vulnerability

Parent and 
Family 

Wellbeing 
Assessment



Adapted from Getty 
Images



Personalized Communication
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Data Sharing



Data sharing 
through LPDR

Longitudinal Pediatric Data 
Resource translates new 
discoveries into clinical practice.

Offers: Suite of information 
technology tools to support 
newborn screening researchers.

Requires: Prospective collection, 
aggregation and sharing of health 
information

National data

Research

Public health

Healthcare quality
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Development

Education



Educate the Next 
Generation of 
Immunologists • Current shortage of knowledgeable 

providers 

• We need providers who are familiar 
with SCID

• Any individual with SCID should be 
able to identify a medical home



Conclusions

• Provide SCID-specific care throughout the lifespan of patients

• Inform future research

• Influence public policy

• We want to take better care of our patients
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