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	PART  1: Comments


	
	Reviewer’s comment
Artificial Intelligence (AI) generated or assisted review comments are strictly prohibited during peer review.

	Author’s Feedback (Please correct the manuscript and highlight that part in the manuscript. It is mandatory that authors should write his/her feedback here)

	Please write a few sentences regarding the importance of this manuscript for the scientific community. A minimum of 3-4 sentences may be required for this part.

	This manuscript provides a comprehensive overview of gene therapy strategies for rare pediatric diseases, an area of significant and growing interest in biomedical research and clinical application. It highlights both approved therapies and those under investigation, offering valuable insights into the mechanisms, delivery methods, and clinical implications of gene editing technologies like CRISPR, TALENs, and AAV vectors. Given the scarcity of effective treatments for many pediatric genetic disorders, this review serves as a vital reference for clinicians, researchers, and policymakers. It underscores the need for continued innovation and collaboration to make advanced therapies accessible and sustainable.
	

	Is the title of the article suitable?
(If not please suggest an alternative title)

	The current title is appropriate but could be made more specific and engaging.
Suggested Alternative: "Emerging Gene and Cell Therapy Strategies for Rare Pediatric Genetic Disorders"

	

	Is the abstract of the article comprehensive? Do you suggest the addition (or deletion) of some points in this section? Please write your suggestions here.

	The abstract is generally comprehensive, summarizing key therapeutic approaches and the developmental pipeline. However, it contains some redundancy and could be more concise.
Suggested Revisions:
· Consider highlighting:
· The significance of rare pediatric diseases as a public health concern.
· The clinical translation of gene therapy into approved treatments.
· The challenges and future outlook briefly (e.g., ethical/regulatory barriers, accessibility).
	

	Is the manuscript scientifically, correct? Please write here. 
	The manuscript is scientifically accurate and well-researched, presenting up-to-date information on gene therapy techniques and applications. It appropriately references recent clinical advancements and explains complex mechanisms such as CRISPR-Cas9 in detail. The inclusion of disease-specific therapy examples enhances the relevance of the review.
Suggestions:
· Consider briefly discussing the limitations or controversies of gene therapy, such as immune responses or high costs.
· Add a short segment on ethical considerations or regulatory challenges, which are critical in pediatric contexts.
	

	Are the references sufficient and recent? If you have suggestions of additional references, please mention them in the review form.
-
	The references are recent (2022–2024) and cover relevant clinical trials, reviews, and original research. The literature cited includes both foundational knowledge and cutting-edge developments.
Suggestions for Additional References:
· Include more references from large-scale reviews or consensus guidelines from regulatory bodies (e.g., EMA, FDA) if possible.
· A few high-impact reviews on CRISPR safety, delivery vectors, and cost-effectiveness might strengthen the discussion.
	

	
Is the language/English quality of the article suitable for scholarly communications?

	The manuscript is generally written in scholarly English and understandable to a professional audience. However, some sections could benefit from minor editing for clarity, grammar, and conciseness.
Examples of Improvements:
· Revise awkward phrasing (e.g., “a technique, which involves…” → “a technique that involves…”).
· Break long paragraphs into more digestible chunks.
· Ensure consistent use of technical terms (e.g., “gene addition” vs. “gene replacement”).

	

	Optional/General comments

	

manuscript is scientifically solid and relevant but needs improvements in ethics discussion and language refinement. Once these areas are addressed, it would be suitable for publication.

	



	PART  2: 


	
	Reviewer’s comment
	Author’s comment (if agreed with the reviewer, correct the manuscript and highlight that part in the manuscript. It is mandatory that authors should write his/her feedback here)

	Are there ethical issues in this manuscript? 

	
	







Reviewer details:
Edenilson Brandl, Brazil



Created by: DR	              Checked by: PM                                             Approved by: MBM	   	Version: 3 (05-12-2024)	
