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Nano-rare Patient
Colloquium 2025

! GEND ! )/ October 20-21,2025 | Cambridge, MA

October 20

7:00-8:00am Check-in & Breakfast
8:00-8:30am Presentation: n-Lorem: Converting Hope to Reality

8:30-9:00am Presentation: Clinical Benefit: Lessons from the
Nn-Lorem Experience

9:00-9:15am Investigator Presentation: Silence ALS: Beyond the
Nano-rare

9:15-9:30am Investigator Presentation: Antisense

Oligonucleotides: A Precision Therapy Paradigm
for SCN2A and Other Channelopathies

9:30 -10:00 am Presentation: Treating for Life: Why the Data Matters

10:00 - 10:15 am

10:15 -10:45 am Presentation: ASOs Can Be Safely Developed for
Nano-rare Patients: Insights from the n-Lorem
Experience

10:45 - 11:05 am Investigator Presentation: Transitioning from Clinical
Trials to Clinical Practice: The Next Chapter

.05 -11:35am Presentation: Every Step Matters: How Safety Shapes
Our ASO Program Decisions from Discovery to Delivery

11:35-11:50am Q&A
1M:50 -12:00 pm Awards: Heroes of n-Lorem

Visit www.nlorem.org for additional agenda details including speaker information and biographies
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October 20

12.00-1:00pm Lunch

1.00-130pm Presentation: From Decision to Impact: Case-
based Insights into ASO Drug Development for
Nano-rare Patients

1:130-215pm  Expert Panel: Navigating the Complexities of
Individualized ASO Development

215-3:00pm Expert Panel: Complexities in Long-term Evaluation of
Pediatric Neurodevelopmental and Neurodegenerative
Diseases

3:00-3:15pm Investigator Presentation: Saving Sight: Leveraging
the Power of ASOs to Treat Inherited Eye Disease

3:15-3:30pm Break

3:30-4:00pm Supporter Panel: Enabling the Mission: How the
Community Can Help Advance n-Lorem's Impact

4:00 - 4:45pm Presentation: Why Science Matters: Building a
Scalable and Unmatched ASO Discovery Engine

4:45 -5:00 pm Presentation: Connecting the Dots: Translating
Research and Development into Clinical Impact

5:15-6:15 pm Scientific Poster Session

6:30-8:30pm Reception & Art Auction

Visit www.nlorem.org for additional agenda details including speaker information and biographies
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October 21

715 -8:00 am

8:00-8:15am
8:15-8:35am

8:35-8:55am

9:00 -9:40 am

9:40 -10:00 am

Check-in & Breakfast
Opening Remarks - Day 2

Investigator Presentation: Improvement in
Developmental Disability from Genetically-targeted

Treatments: What Have We Seen?

Investigator Presentation: Challenges and
Outcome Measures in ASO Precision Medicine for
Neurodevelopmental Disorders

Panel Discussion: Redefining What's Possible:
Clinical Perspectives on Developmental Gains in
Treated Patients

Investigator Presentation: ‘N of 7'to ‘N of a Few’

10:00 - 10:15 am

10:15-10:30 am

10:30 -11:10 am

11:10 - 11:25 am

Presentation: Creating Connectivity: Building a
Community for the Nano-rare

Community Panel: Why Community Matters: A
Conversation with Nano-rare Patients and Families

Investigator Presentation: Targeted Intervention
to Preserve Vision: First Use of ASO in Retinal
Disease

Visit www.nlorem.org for additional agenda details including speaker information and biographies
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October 21

11:25-12:05pm Patient Panel: Hope Realized; The Culmination
of Effort, Perseverance and Belief in a Better
OQutcome

Grace’s Journey and Unique Clinical Experience

12:05-1.00 pm Lunch

1:100-130pm Patient Panel: Hope Realized; The Culmination
of Effort, Perseverance and Belief in a Better
Qutcome

Alya’s Journey and Unigue Clinical Experience

1:30 - 2:15 pm Presentation: World-class Precision Medicine Centers:
Catalysts for Change in Nano-rare Disease Care

2:115-2:45pm  Patient Perspectives: Finding the Right Partner
iIn Care

2:45-3:.05pm Investigator Presentation

3:05-3:20pm Break

3:20-4:00pm Patient Panel: In Their Words: Diagnostic Journeys
and the n-Lorem Experience

4:00-4:30pm Community Panel: The Future of Nano-Rare: A
Global Vision Rooted in Proven Impact

4:30 -5:00 pm Closing Remarks

Visit www.nlorem.org for additional agenda details including speaker information and biographies









You'’re invited!

Sponsored by:

@CHEMGENES

Date/Time: October 20, 6:30 - 8:30pm ET

Location: Boston Marriott Cambridge

Please join us after Day 1 of the 2025 Nano-rare Patient Colloguium, following
the Scientific Poster Session, for an evening of mingling, music, small bites,
and drinks. Connect with community members, enjoy meaningful
conversations, and take a moment to place a bid on 34 unique art pieces
created by n-Lorem pioneer patients. We look forward to welcoming you with
open arms—and yes, children are welcome to attend. See you there!
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Scientific Poster
Session

October 20
9:15 - 6:15pm

This poster session will showcase the breadth and depth of scientific innovation driving
Nn-Lorem’s mission to bring individualized ASO therapies to nano-rare patients. Posters will
highlight technical advances, case studies, and process innovations across discovery,
manufacturing, preclinical development, and clinical data management.

Sponsored by:

@CHEMGENES

>0 g—ulg';ﬁgg Nano-rare Patient Colloquium 2025










Nano-rare Patient
Art 2025 Auction

View Gallery/Bid

Concludes October 20, 8:00pm ET


https://www.nlorem.org/auctions/




Women's Performance Premium

Quarter Zip ‘l Am Nano-rare’ Tee
Youth ‘Nano-rare Kid’ ‘Hope is Possible’
Pullover Hoodie Backpack

Proceeds support n-Lorem's mission to provide
hope & potential help to nano-rare patients

n-Lorem Vertical Logo
Softstyle Pullover

‘l <3 Nano-rare’
Recycled Cotton Tote

Visit Store



https://www.bonfire.com/store/n-lorem-foundation/

