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harboring a targeted molecular alteration, who received compassionate pre-
scription of novel therapies not approved for the specific indication, and that 
were no eligible for a clinical trial. Patient demographics, dose of treatment 
delivered, tolerance, adverse effects, length of treatment, reason to discon-
tinue the drug and survival rates were analyzed. RESULTS: Four girls and 
two boys were identified; Median age at initiation of off-label drug: 4 years 
(3-17). Tumor type and targeted therapy delivered: DIPG H3 mutant (2), 
Diffuse Midline Glioma H3 and FGFR mutant (1), SHH-Medulloblastoma 
(1), ATRT (1), Diffusse Glioma EGFR and MET mutant (1). Off label drugs 
prescribed were ONC201, Erdafinitib, Sonidegib, Tazemetostat, and com-
bination of crizotinib and erlotinib, respectively. Adverse events were mainly 
grade 1 and 2, however, 2/6 patients required hospital admission to manage 
adverse effects related to the experimental drug. One patient discontinued 
the drug due to side effects. All patients died of disease progression at a me-
dian of six months. CONCLUSIONS: The anecdotical use of compassionate 
use of experimental drugs do not allow to gather clinical experience or to 
demonstrate a clinical benefit or impact in survival. Although the tolerance 
was generally good, the potential side effects caused by off-label drugs in a 
palliative population deserves a thorough individual assessment for its indi-
cation. Urgent need of targeted and novel therapies is warranted for pedi-
atric children with malignant brain tumors.
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BACKGROUND: MEK inhibitor (MEKi) therapies are used to treat pedi-
atric low grade glioma (pLGG) and plexiform neurofibroma (PN). The tox-
icity profile reported in clinical trials have been favorable, but samples have 
been demographically homogeneous. In this study, we evaluate differences 
in treatment-limiting toxicities by race and ethnicity. METHODS: This is a 
single-institution, retrospective study of patients treated with MEKi on the 
Sprint (NIH plexiform) trial or off-study for pLGG or PN from 2014 to 2023. 
Patient data was abstracted from clinical records. Treatment-limiting tox-
icity was defined as temporary hold, dose reduction, or discontinuation due 
to toxicity. RESULTS: Fifty-eight evaluable patients received MEKi for PN 
(N=40) or pLGG (N=18), 5 of whom received multiple agents. Selumetinib 
was used in 44 cases, trametinib in 16, and binimetinib in 3. Median age was 
11.0 years (IQR 7.7-14.5) and 37(64%) were male. Twenty-nine (50%) pa-
tients identified as White, 15(26%) Black, 6(10%) Asian, 4 (7%) Hispanic, 
and 4(7%) other/declined. Treatment-limiting toxicity occurred in 27(47%). 
Each demographic group had a similar rate of treatment-limiting toxicities; 
52%(n=15) of White, 40%(n=6) of Black, 66%(n=4) of Asian patients, and 
50%(n=2) of Hispanic patients. The most prevalent treatment-limiting tox-
icity was skin-related (N=10; 6 White, 1 Black, 2 Asian, 1 Hispanic) and 
included rash, paronychia, and impetigo. Other recurring toxicities were 
gastrointestinal (N=6, 5 White, 1 Black), edema (N=4, 1 White, 1 Black, 
1 Asian, 1 Hispanic), cardiac (N=2, 1 White, 1 Black), and weight gain/
loss (N=4, 2 White, 2 Asian). CONCLUSIONS: Frequencies of treatment-
limiting toxicities were similar across race and ethnicity. Dermatologic and 
gastrointestinal toxicity were more commonly seen in White patients relative 
to other adverse events. Findings should be interpreted with caution due to 
sample size, but support future efforts to understand demographic differ-
ences in MEKi toxicity.
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BACKGROUND: Household material hardship (HMH) is defined as 
unmet basic needs including food, heat, housing, or transportation. Re-
searchers have documented higher rates of poor nutrition, injury, infectious 
disease, and hospitalization in healthy children living in families with house-
hold material hardship. Furthermore, targeted interventions exist to modify 
these health outcomes. However, little is known regarding the relationship 
between social determinants of health and their impact on overall and quality 
of survival for children with brain or spinal cord tumors. The current avail-
able information is based upon retrospective and secondary data sources, 

often limited to basic socioeconomic factors such as race and ethnicity. The 
objective was to describe the change in household material hardship through 
patient reported outcome measures from baseline to six-months and explore 
the association between social determinants of health, including prospective 
household material hardship data, and clinical outcomes among children 
with brain and spinal cord tumors. METHODS: We aimed to enroll 150 
patients with a brain or spinal cord tumors who were followed by the Pedi-
atric Neuro-Oncology Program at Riley Hospital for Children at IU Health. 
These participants were approached during their routinely scheduled clinic 
visits by a member of the study team. Written or verbal consent/assent was 
obtained, and their data was transcribed into a REDCap™ database. RE-
SULTS: To date, we have enrolled 118 children onto this study, with 35/76 
participants completing their six-month follow-up survey. In line with Kira 
Bona’s previous work, we have found that around 30% acknowledged one 
positive domain of household material hardship. Additionally, we have 
found that almost 40% of our cohort fall below the 200% Federal Pov-
erty Level, which is often considered a cutpoint for lower socioeconomic 
status. CONCLUSIONS: We have shown that collecting prospective patient 
reported sociodemographic information is feasible in a busy clinical setting.
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Between May 2021 and December 2023, approximately 33% of patients 
were being treated inpatient at the time of consent for post-mortem tissue 
donation through Gift From A Child. In the past, a major obstacle preventing 
families from donating post-mortem tissue was the inability to leave the hos-
pital. Care teams and patient families are often concerned that in order to 
donate, the patient would have to pass away at the hospital. This creates a 
situation where the desire to donate comes at the cost of patient care and 
comfort. Through GFAC, children can pass at home, hospital, or hospice 
and still donate tissue successfully. The ability to donate post-mortem tissue 
is independent of patient location, ensuring that the focus of the family and 
care team remains on the child’s care rather than donation logistics. Add-
itionally, patients can successfully donate tissue independent of status at the 
time of inquiry (declining, stable, urgent). The ability to quickly access a 
resource at a low burden to the family has been crucial in allowing tissue 
donation to happen. This also improves patient equity by eliminating ac-
cess to hospital resources as a reason for a patient family to be required to 
live near a hospital. This is oftentimes a tremendous financial difficulty for 
patient families. Through establishing standard operating procedures and 
appointing tissue navigators, GFAC has streamlined what was previously an 
extremely complicated process mired in logistical obstacles. Patient families 
now have access to an efficient process for tissue donation. Previously, fam-
ilies would need to navigate complicated logistics unsupported, now they (or 
someone on their behalf) only need to contact GFAC or a Research Center 
of Excellence via phone or email and consent for donation. This ensures that 
post-mortem tissue can be donated easily, efficiently, and from wherever the 
patient family chooses.
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