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@ NTRODUCTION @ REsULTS @ RESTARTED DEVELOPMENTAL PROGRESSION LEADS TO REAL-WORLD IMPACT

* Rett §yndr0me (R_TT) Is a neurodevelc_)prr_lental digorder caused by |033'0_f' Safety « Evidence of developmental progression restarting is demonstrated in the four participants with the longest follow-up. Milestones developed in a
function variants in the methyl-CpG binding protein 2 (MECP2) gene, which sequential, coordinated developmental progression, as exemplified by Pt:1 and Pt:2 (Figures 4a, 5a). Coordinated gains across the key domains
encodes for MeCP2, a protein critical for normal function in the brain and translated into greater independence and reduced caregiver burden (Figures 4b, 5b, 6, 7).

 NGN-401 remains generally well tolerated at the 1E15 vg dose level in the Phase 1/2 trial.
» All TEAES related to NGN-401 have been Grade 1 (mild) or Grade 2 (moderate) in severity;
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=11y for adult/adolescent cohort with genetically ability in core RTT domains a7 Fine Motor/Hand Function
confirmed classic RTT « Developmental milestone gains from baseline _ _
* CGI-S score of 4-6 scored by independent central review using Receptive/Expressive
- Post-regression stage: >6 months since last loss of prespecified criteria Communication

key milestones in 3 core domains:
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CGl, Clinical Global Impression — Improvement; CGI-S, Clinical Global Impression — Severity; y, years.
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Table 1. Phase 1/2 baseline characteristics \
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Adult / adolescent

Pediatric cohort (N=8) cohort (N=2)

1E15 vg NGN-401 was generally well-tolerated.

Ageatgg:‘s% 7 4 6 7 6 4 6 8 18 14 _ _ : _ : :
S| 2 : : : 5 - , , \ . NGN-401 was associated with durable, multi-domain developmental milestone gains

that accrued and deepened over time for up to 30 months post NGN-401 with no
signs of plateauing. The milestones were acquired in a developmentally ordered

CGI-S score Moderately Markedly = Markedly = Markedly = Severely = Markedly Moderately Moderately Moderately Markedly
1l 1l 1l 1l 1l 1l 1l 1l 1l 1l

Genetic Mild- Mild-

s\é\a’;i"ai:\; Mild Severe Severe Severe Severe Moderate Moderate  Moderate Severe Severe Sequence, mil’roring typ|Ca| trajeCtory.
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Increased |ndependenCe, and reduced ca regiver burden. with a regular spoon — from lying down, off herself, takes both hands and plays what she wants more moments with family,
As of data cutoff date of June 16. 2026 _ _ _ o o _ easier, more moves through charge of her back-and-forth with reliably using her including giving “high
The CGI-S is scored on a 7-point scale where 1 = normal, not at all ill; 2 = borderline ill: 3 = mildly ill: 4 = moderately ill; 5 The results from the Phase 1/2 trial suggest potential disease-modifying activity in '”rgepﬁ.r;?e”t S dfay "(‘;‘th ST =S SEMIMUISEITED eEEs flyes®
= markedly ill; 6 = severely ill; 7 = among the most extremely ill patients.® RTT catimes more freedom
CGI-S, Clinical Global Impression — Severity; Pt, participant. )
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