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Investigators: Grace Gombolay, MD and Coral Stredny, MD Grant Award Year: 2022

Amount of PERF® Grant: $300,000

Investigator Institution: Emory University (GG) / Boston Children’s Hospital

Project Title: CONNECT: Registry/CONquering Neuroinflammation and Epilepsies
ConsorTium

Project Description: This three-year registry grant is to continue establishing a multi-
center prospective patient registry including patients with rare neuroinflammatory and
inflammatory epilepsy syndromes. These diseases include autoimmune encephalitis,
Rasmussen encephalitis, and Landau-Kleffner syndrome. For this grant the goal was to
include additional sites and enroll additional participants. The next steps are to begin
magnetic resonance imaging analyses of MRIs from patients in this cohort and also
cytokine analyses.

Project Goals/Objectives:

1. Expand CONNECT - The goal is to add 9 sites over the next 3 years. In year 1 we
have added 3 additional sites to equal 6 sites, with 6 additional sites identified to be
added in the next 2 years. 1. Expand CONNECT — The goal is to add 9 sites over the
next 3 years. In year 1 we have added 3 additional sites to equal 6 sites, with 6
additional sites identified to be added in the next 2 years.

2. Characterize MRI and EEG features and their relationship to predict severity and
outcomes. We first began with a retrospective multi-center study that demonstrated T2
frontal and occipital lesions associate with poor outcomes in children with NMDA
receptor encephalitis, which was presented as an abstract and published as a
manuscript. The next step will be to assess EEG features and their associations with
outcomes.

3. Determine blood and CSF biomarkers and their associations with outcomes. We
have identified potential biomarkers in blood and CSF that associate with one year
outcomes in anti-NMDA receptor encephalitis in 6 participants. The next steps will be to
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examine these cytokines in a larger cohort. We have collected samples to move
towards accomplishing this aim.

Outcome of Research: The CONNECT registry has facilitated multi-center research for
autoimmune encephalitis and Rasmussen syndrome. Prior to funding of CONNECT,
there was no prospective multicenter registry for either of these diseases in the U.S.
CONNECT has assembled multiple investigators and centers which has led to multiple
manuscripts and increased understanding of the MRI features in pediatric anti-NMDAR
encephalitis (anti-NMDARE), and ancillary test results in isolated psychosis in pediatric
anti-NMDARE. Moreover, CONNECT has now led to the formation of ARISEN, which
will serve a resource and opportunity for multicenter rare disease research, including
distributing pilot and career award grants, along with training early stage investigators.
The goal of ARISEN includes 1) increase understanding of the natural history of
autoimmune encephalitis, Rasmussen, and NORSE; 2) identify optimal outcome
measures that are meaningful to patients and caregivers that can be used in future
clinical trials; and 3) early biomarker discovery to identify markers for improved and
earlier diagnosis and to guide treatments.

Subseqguent Funding

Year: 2025

Funder: NIH K23

Amount: $1,098,225

Project: The Role of T cells in children with anti-NMDA receptor encephalitis

Year: 2025

Funder: NIH U54 Rare Disease Clinical Research Network Grant

Amount: $7,572,234

Project: ARISEN (Autoimmunity, Rasmussen’s, Inflammation & Status Epilepticus
Research Network)
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Isolated Psychiatric Symptoms in Children With Anti-N-Methyl-d Aspartate Receptor
Encephalitis. Pediatr Neurol. 2024 Oct;159:12-15. doi:
10.1016/j.pediatrneurol.2024.07.009. Epub 2024 Jul 17. PMID: 39094249; PMCID:
PMC11381152.
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Academy of Neurology, Boston, MA, 2023 (Oral)
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Improves Recovery Trajectories in Pediatric NMDA Receptor Encephalitis, AAN
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presentation)
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